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This Week's Keyword

AI Drug Discovery
Accelerating to late-stage clinical trials

68
articles

Total Articles Analyzed

10
countries

Source Countries/Regions

2
drugs

AI-Designed Drugs in Phase 3

6
approvals/designations

FDA Breakthrough/Accelerated

All 68 Articles This Week ― 5-Axis Evaluation Matrix
How to read columns ― Tech Novelty: degree of breakthrough Market Proximity: closeness to commercialization Market Impact:
industry-wide effect Data Reliability: quantitative data & peer review US/EU Relevance: direct impact on US/European companies & supply
chains

# Article Title Type Tech
Novelty

Market
Proximity

Market
Impact

Data
Reliability

US/EU
Relevance Summary

#01 Scaffold-Aware AI Research
●●●●

●
●●○○

○
●●●●

○
●●●●

●
●●●●

●

AI model integrates transformers/graph networks
to design novel molecules with high binding
affinity, accelerating early drug discovery.

#02
CAi Copilot Agentic
AI

Research
●●●●

○
●●○○

○
●●●○

○
●●●○

○
●●●●

●

Agentic AI system translates researcher intent
into molecular computations, automating tasks in
early drug design.

#03 Joint Phenotype AI Research
●●●●

●
●○○○

○
●●●○

○
●●●○

○
●●●●

○

Jointly models transcriptomic and morphological
phenotypes for generative molecular design,
aiming for more effective drugs with fewer side
effects.

#04
Isomorphic AI in
Trials

Corporat
e

Strategy

●●●●
○

●●●○
○

●●●●
●

●●○○
○

●●●●
●

Isomorphic Labs (DeepMind spinoff) to start
human trials for AI-designed drugs, leveraging
AlphaFold, with major pharma partnerships.

#05
AI Compresses
Timelines

Market
Report

●●●●
○

●●●○
○

●●●●
●

●●●○
○

●●●●
●

Generative AI shortens drug discovery to months;
Insilico Medicine's IPF drug reached Phase 2 in 18
months.

#06 AI-Driven CRISPR Review
●●●●

○
●●○○

○
●●●○

○
●●●○

○
●●●●

○

Review highlights AI's role in enhancing CRISPR
gene editing precision, efficiency, and
automation, minimizing off-target effects.

#07 AI 'Fail-Fast' Dev Market
Trend

●●●●
○

●●○○
○

●●●●
●

●●●○
○

●●●●
●

AI biotechs (Isomorphic Labs, Generate
Biomedicines) use AlphaFold for 'fail-fast' drug
development, attracting significant investment.

#08
sorbaMOF DB for
DAC

New
Product

●●●○
○

●●○○
○

●●○○
○

●●●●
○

●●○○
○

Insilico Medicine & Saudi Aramco launch
'sorbaMOF DB' with AI for Metal-Organic
Framework (MOF) discovery, for DAC and energy
applications.

#09
AI: Evidence
Problem

Analysis
●○○○

○
●○○○

○
●●●○

○
●●○○

○
●●●●

●

The challenge in AI drug discovery is converting
data into meaningful clinical evidence, requiring
multi-layered AI and clinical integration.

#10
AI: Bio 'Valley of
Death'

Analysis
●○○○

○
●○○○

○
●●●○

○
●●○○

○
●●●●

●

AI excels in chemical drug design but struggles
with biological validation, highlighting a "valley of
death" for clinical translation.

#11
AI Drugs Reach
Phase 3

Clinical
Dev

●●●●
○

●●●○
○

●●●●
●

●●●●
○

●●●●
●

Generate Biomedicines' AI-designed antibody
GB-0895 (severe asthma) and Insilico Medicine's
IPF drug both advance to Phase 3 clinical trials.
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#12 Schrödinger 'Bunsen' New
Product

●●●●
○

●●●●
○

●●●●
○

●●●●
○

●●●●
●

Schrödinger introduces 'Bunsen' AI Co-Scientist,
integrating with BioLuminate and LiveDesign to
automate and accelerate biologics discovery.

#13 NEB RNA Reagents New
Product

●●○○
○

●●●●
●

●●●○
○

●●●●
○

●●●●
●

NEB expands RNA reagent portfolio for mRNA
therapeutics, personalized medicine, and
diagnostics, supporting next-gen saRNA/circRNA.

#14 mRNA Oncology Shift Conferen
ce Report

●●●○
○

●●○○
○

●●●●
○

●●●○
○

●●●●
●

mRNA therapeutics shift to oncology, with in vivo
CAR-T, saRNA, and circRNA as key innovations
for enhanced durability and redosing.

#15 Dual-Targeting LNPs Research
●●●●

●
●○○○

○
●●●●

○
●●●●

●
●●●●

●

Dual-targeting LNPs drastically enhance β
cell-specific RNA delivery, showing improved in
vivo transfection and pancreatic selectivity for
T1D.

#16
Dawnzera ASO
Approved

Regulator
y

Approval

●●●○
○

●●●●
●

●●○○
○

●●●○
○

●●●●
●

FDA approved Dawnzera (donidalorsen-azyh), an
RNA-targeting ASO for hereditary angioedema,
addressing the root cause.

#17 Wave RNA Therapies Clinical
Dev

●●●●
○

●●●○
○

●●●●
○

●●●●
○

●●●●
●

Wave Life Sciences' siRNA WVE-007 reduces
visceral fat (Phase 1); RNA editing WVE-006 for
AATD anticipates accelerated approval.

#18
Japan Next-Gen
mRNA

National
Strategy

●●●○
○

●●●○
○

●●●●
○

●●●○
○

●●●●
○

Japan accelerates next-gen mRNA (saRNA,
circRNA) vaccine/therapeutic development, with
first saRNA COVID-19 vaccine approved.

#19 RNA Tx Guide Review
●○○○

○
●○○○

○
●●○○

○
●●●●

●
●●●○

○

Comprehensive guide on RNA therapeutics (ASO,
siRNA, mRNA-LNP), highlighting regulatory trend
for platform-based approvals.

#20 SynaptixBio ASO
Corporat

e
Strategy

●●●○
○

●●●○
○

●●○○
○

●●●○
○

●●●●
●

SynaptixBio accelerates regulatory pathway for
ultra-rare ASO drugs, securing Orphan Drug
designation for TUBB4A mutant silencers.

#21 Denali Neuro ASO Clinical
Dev

●●●●
○

●●○○
○

●●●●
○

●●●○
○

●●●●
●

Denali Therapeutics advances DNL628
(MAPT-targeting ASO) for neurodegenerative
diseases using TransportVehicle; DNL593 for GRN
FTD gets Orphan Drug.

#22 RNA Tx Progress Market
Report

●●●○
○

●●●○
○

●●●●
○

●●●○
○

●●●●
●

Gilead report highlights GSK/Ionis HBV ASO's
positive Phase 3, Novartis FSHD siRNA's
promising early data, and a delay for
Novartis/Ionis Lp(a) ASO.

#23
Ractigen RNA for
NMD

Clinical
Dev

●●●○
○

●●●○
○

●●○○
○

●●○○
○

●●●○
○

Ractigen completes Phase II enrollment for
SOD1-ALS siRNA RAG-17; LiCO therapy RAG-18
for DMD gets Rare Pediatric Disease Designation.

#24 Tudriqev Approved
Regulator

y
Approval

●●●○
○

●●●●
●

●●●●
○

●●●●
●

●●●●
●

FDA grants accelerated approval to Replimune's
oncolytic viral therapy Tudriqev + nivolumab for
advanced melanoma.

#25
BMS ZENBEXUS
Approved

Regulator
y

Approval

●●●●
○

●●●●
●

●●●●
○

●●●●
○

●●●●
●

BMS's first CELMoD therapy, ZENBEXUS™,
receives accelerated FDA approval in combination
for multiple myeloma, including early relapse.

#26 Opzelura Cream Rec. Regulator
y Rec.

●●○○
○

●●●●
○

●●●○
○

●●●○
○

●●●●
●

CHMP recommends approval for Incyte's JAK
inhibitor Opzelura cream for moderate atopic
dermatitis, showing rapid symptom
improvement.

#27 AI Anti-Aging Assay Research
●●●●

○
●○○○

○
●●○○

○
●●●○

○
●●●○

○

AI-enabled assay screened 2,782 FDA drugs,
finding 31 anti-aging compounds that extended
C. elegans lifespan and showed activity in human
cells.

#28 Tolebrutinib EU App.
Regulator

y
Approval

●●●○
○

●●●●
●

●●●○
○

●●●○
○

●●●●
●

EU approves Sanofi's oral BTK inhibitor
Tolebrutinib for nonrelapsing secondary
progressive MS, the first disability-targeting
therapy for this indication.
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#29
Tudriqev Approved
(Dup)

Regulator
y

Approval

●●●○
○

●●●●
●

●●●●
○

●●●●
●

●●●●
●

FDA grants accelerated approval to Tudriqev
(oncolytic virus) + nivolumab for unresectable
advanced cutaneous melanoma.

#30
BMS ZENBEXUS
(Dup)

Regulator
y

Approval

●●●●
○

●●●●
●

●●●●
○

●●●●
●

●●●●
●

FDA grants accelerated approval to BMS's
CELMoD Zenbexus in quadruple therapy for
relapsed/refractory multiple myeloma.

#31
Exosome BBB
Delivery

Market
Trend

●●●●
○

●●○○
○

●●●●
○

●●○○
○

●●●●
○

Exosome therapeutics show promise for
neurodegenerative diseases due to BBB
penetration, with clinical development in oncology
and wound healing.

#32
AI Generative
Biology

Market
Trend

●●●●
○

●●●○
○

●●●●
●

●●●○
○

●●●●
●

AI-driven generative biology sees multiple
AI-designed drugs enter clinical trials, with one in
late-stage development, transforming drug
discovery.

#33 ASO Uptake Pathway Research
●●●●

●
●○○○

○
●●●○

○
●●●●

○
●●●●

○

Researchers identified the crucial intracellular
uptake pathway for ASOs, enabling design of
advanced DDS for enhanced efficacy and safety.

#34 Merck Empatran BTD Corporat
e Ann.

●●○○
○

●●●○
○

●●○○
○

●●●●
○

●●●●
●

Merck reports strong Q2, upgrades guidance, and
Empatran receives FDA Breakthrough Therapy
Designation for lupus with cutaneous
manifestations.

#35
ENFLONSIA RSV
Exp.

Regulator
y App.

●●○○
○

●●●●
○

●●●○
○

●●●●
○

●●●●
●

FDA accepts Merck's sBLA for ENFLONSIA™ to
expand RSV prophylaxis for high-risk infants
under two for a second season.

#36
Generate Biomed.
GB-4362

Clinical
Dev

●●●●
○

●●○○
○

●●●●
○

●●●●
○

●●●●
●

Generate:Biomedicines advances AI-designed
candidate GB-4362 to clinical development,
aiming for high efficacy and improved safety.

#37 C4T Roche DAC Collabora
tion

●●●●
○

●●○○
○

●●●●
○

●●●●
○

●●●●
●

C4 Therapeutics partners with Roche to develop
degrader-antibody conjugates (DACs), validating
its targeted protein degradation (TPD) platform.

#38 BioMarin Strategy
Corporat

e
Strategy

●○○○
○

●○○○
○

●○○○
○

●●○○
○

●●●○
○

BioMarin to present corporate strategy and
pipeline updates at the Canaccord Genuity Annual
Growth Conference.

#39 C4T Talent Options
Corporat

e
Strategy

●○○○
○

●○○○
○

●○○○
○

●●●●
○

●●●●
●

C4 Therapeutics grants stock options to new
employees under Nasdaq Rule to attract talent for
its targeted protein degradation (TPD) science.

#40 Recursion Pharma AI Collabora
tion

●●●○
○

●●○○
○

●●●○
○

●●●○
○

●●●●
●

Recursion Pharmaceuticals' first AI-designed
neuroscience target with Genentech advances to
early discovery, despite Q2 revenue pressure.

#41 Merck Q2 Guidance Corporat
e Ann.

●○○○
○

●●●●
●

●●○○
○

●●●○
○

●●●●
●

Merck upgrades 2026 guidance due to strong Q2,
KEYTRUDA bladder cancer expansion, and
ENFLONSIA RSV indication broadening.

#42
Next-Gen ADCs
Efficacy

Conferen
ce Report

●●●●
○

●●●○
○

●●●●
○

●●●●
○

●●●●
●

AACR 2026 highlights next-gen ADCs with
transformative efficacy (46% ORR in
platinum-resistant gynecological cancers, 50% in
nasopharyngeal cancer).

#43
LNP Component
Roles

Research
●●●●

●
●○○○

○
●●●●

○
●●●●

●
●●●●

●

Research deciphers functional roles of LNP
components, finding cholesterol unnecessary for
non-hepatic mRNA delivery, enabling targeted
LNP design.

#44
Nanoparticles for
BBB

Review
●●●○

○
●●○○

○
●●●●

○
●●●●

●
●●●●

●

Review on nanoparticles for BBB penetration in
CNS diseases like glioblastoma, highlighting lipid,
polymer, exosome, and AI-driven designs.

#45 AsymBio CDMO Fund
Corporat

e
Strategy

●○○○
○

●●●●
●

●●●○
○

●●●○
○

●●●○
○

China's AsymBio secures $184M to expand
biologics CDMO for ADC, novel drug conjugates,
and bispecific antibody manufacturing.
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#46 BioRay Dual-Payload Clinical
Dev

●●●●
○

●●○○
○

●●●○
○

●●●○
○

●●●○
○

China's BioRay Pharmaceutical starts Phase 1 trial
for dual-payload TROP2 ADC, BR113, for
advanced solid tumors.

#47 Entera Oral Peptide Clinical
Dev

●●●○
○

●●●○
○

●●●○
○

●●●●
○

●●●●
●

Entera Bio to start Phase 3 for oral osteoporosis
drug EB613, validating its oral peptide delivery
platform with FDA agreement.

#48 HerHealth2026 ADC Conferen
ce Report

●●○○
○

●●●○
○

●●●○
○

●●○○
○

●●●●
●

HerHealth2026 highlights the central role of ADCs
in breast and gynecological cancer treatment,
especially for resistant cases.

#49 In silico LNP Design Analysis
●●●●

○
●●○○

○
●●●●

○
●●●○

○
●●●●

●

In silico design transforms RNA LNP therapeutics,
using AI to drive tissue-specific delivery and
enhance CRISPR gene editing efficiency.

#50 WU-CART-007 BTD Regulator
y App.

●●●●
●

●●●○
○

●●●●
○

●●●●
○

●●●●
●

FDA grants Breakthrough Therapy Designation to
WashU's allogeneic anti-CD7 CAR T-cell therapy
WU-CART-007, achieving 73% CR in T-cell
leukemia/lymphoma.

#51 ADC Delivery Biology Review
●○○○

○
●○○○

○
●●●○

○
●●●●

●
●●●●

●

Review highlights that next-gen ADC success in
breast cancer depends more on optimizing
"delivery biology" than payload potency.

#52 Dana-Farber MGD Research
●●●●

●
●●○○

○
●●●●

○
●●●○

○
●●●●

●

Dana-Farber develops a platform for molecular
glue degraders, discovering the first metabolically
activated glue; Vividion's NRF2 degrader in Phase
1.

#53 Peking Uni. Lung LNP Research
●●●●

●
●○○○

○
●●●●

○
●●●○

○
●●●○

○

Peking University develops SynTar LNP platform
for targeted mRNA lung delivery, overcoming a
bottleneck for lung diseases like CF and lung
cancer.

#54
Nanomedicine for
GBM

Review
●●●○

○
●●○○

○
●●●●

○
●●●●

●
●●●●

●

Review on nanomedicine for glioblastoma,
overcoming BBB via targeted, stimuli-responsive,
and AI-enabled nanoparticle designs.

#55
CDMO Capacity
Crunch

Industry
Report

●○○○
○

●●●●
●

●●●●
●

●●●○
○

●●●●
●

CDMO capacity crunch persists, with half of
biopharma companies struggling to secure
mammalian cell production, especially for
advanced therapies.

#56 Monte Rosa MGD Clinical
Dev

●●●●
○

●●●○
○

●●●●
○

●●●●
○

●●●●
●

Monte Rosa's AI-driven molecular glue degrader
MRT-6160 achieves >90% VAV1 degradation and
cytokine suppression in Phase 1; Novartis to start
Phase 2.

#57 Eurofins CDMO Exp.
Corporat

e
Strategy

●○○○
○

●●●●
●

●●●○
○

●●●●
○

●●●●
●

Eurofins CDMO Alphora expands kilolab and
HPAPI manufacturing capacity, strengthening
integrated ADC offerings.

#58 ReCode SORT LNP
Corporat

e
Strategy

●●●●
○

●●●○
○

●●●●
○

●●●●
○

●●●●
●

ReCode Therapeutics secures funding and
partners for its SORT LNP platform, accelerating
RCT2100 Phase 2a for cystic fibrosis.

#59 Volixibat BTD/ODD Regulator
y App.

●●○○
○

●●●○
○

●●○○
○

●●●○
○

●●●●
●

FDA grants Breakthrough Therapy and Orphan
Drug designations to volixibat for cholestatic
pruritus in primary sclerosing cholangitis (PSC).

#60 Alector Brain Carrier Corporat
e Ann.

●●●●
○

●●○○
○

●●●●
○

●●●●
○

●●●●
●

Alector reports progress on its TfR-targeting Brain
Carrier platform, enhancing therapeutic delivery
to the brain for neurodegenerative diseases.

#61 Lonza Oral GLP-1 Research
●●●●

○
●●○○

○
●●●●

○
●●●●

○
●●●●

●

Lonza Capsugel develops a dual-layer protection
strategy for oral GLP-1 peptide delivery,
combining HIP, LBF, and enteric capsules to
overcome degradation.

#62 Peptide Tx Outlook Overview
●○○○

○
●○○○

○
●●○○

○
●●●○

○
●●●●

●

Stanford Medicine reviews peptide therapeutics,
noting nearly 100 FDA approvals, challenges in
oral delivery, and innovations like oral
semaglutide.
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#63 HuidaGene DMD SAE Clinical
Dev

●●●○
○

●●○○
○

●●●○
○

●●●●
○

●●●●
○

HuidaGene Therapeutics' CRISPR-based gene
editing therapy HG302 for DMD experienced a
fatal adverse event in its first-in-human trial.

#64 Xtalpi AI Peptide
Corporat

e
Strategy

●●●○
○

●●○○
○

●●●○
○

●●●○
○

●●●○
○

Xtalpi & Gan & Lee's AI peptide delivery lab
certified as Beijing Key Lab, accelerating
AI-driven oral peptide drug development.

#65 Rice Peptide Release Research
●●●●

●
●○○○

○
●●●○

○
●●●●

●
●●●●

●

Rice University develops new tech to control
peptide sustained release using electrical charge,
extending release to 2-3 weeks for tissue
engineering.

#66 ProQR RNA Editing Clinical
Dev

●●●●
○

●●●○
○

●●●●
○

●●●●
○

●●●●
●

ProQR Therapeutics achieves first clinical
validation of Axiomer RNA editing platform with
AX-0810 showing NTCP modulation for
cholestatic liver disease.

#67 Korro Bio RNA Edit Clinical
Dev

●●●●
○

●●○○
○

●●●●
○

●●●●
○

●●●●
●

Korro Bio to start first-in-human trial for high
ammonia drug KRRO-121; KRRO-111 nominated
for AATD, leveraging RNA editing.

#68
Xcellon Biologics
CRDMO

Corporat
e

Strategy

●○○○
○

●●●●
●

●●●○
○

●●●●
○

●●●●
●

Xcellon Biologics acquires NextCure's GMP facility,
becoming an end-to-end CRDMO for next-gen
bioconjugates from development to clinical
supply.

●●●●○ High ●●●○○ Med-High ●●○○○ Med ●○○○○ Low | Yellow highlight = featured article
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Three Questions That Demand Your Decision This Week

❶ Is your AI drug discovery strategy competitive?
AI-designed drugs are entering Phase 3, with companies like Isomorphic Labs and Insilico Medicine leading. Are
you investing enough in generative AI and agentic systems to accelerate your pipeline, or risk being outpaced
by AI-native biotechs?

❷ How exposed is your supply chain to CDMO capacity constraints?
The CDMO crunch, especially for advanced therapies like cell/gene and bioconjugates, is worsening, with half of
biopharma firms struggling (#55). Have you secured long-term partnerships and diversified your
manufacturing network to prevent delays in clinical and commercial supply?

❸ Are your targeted delivery systems keeping pace with RNA/peptide innovations?
Breakthroughs in LNPs (β-cell, lung), oral peptides, and BBB-penetrating carriers are redefining drug efficacy
and patient convenience (#15, #53, #61). Are your DDS platforms advanced enough for next-gen
therapeutics?

Opportunities vs. Threats for US/European Companies

Opportunity vs. Threat Matrix for US/European Companies

Opp. > Threat Both High

Low Impact Threat > Opp.

←
 O

pp
or

tu
ni

ty
 →

← Threat →

AI DrugRNA Tx

DDS TPD

Cell/Gene

ADC

CDMO

Item Quadrant ↑ Opportunity ↓ Threat

● AI Drug Critical Faster R&D;, novel drugs Disruption, IP risk

● RNA Tx Critical New modalities, precision Complex dev, safety

● DDS Opp. Enhanced efficacy, patient conv. Tech complexity

● TPD Critical Undruggable targets Off-target, IP battles

● Cell/Gene Threat Curative tx Safety, high cost

● ADC Opp. Targeted oncology Delivery, resistance

● CDMO Threat Strategic partners Supply chain risk
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Deep Dive ① ― AI-Designed Drugs Enter Human Trials
#04 | 2026/08/08 | Facebook (Wired発信) | Tech Novelty●●●●○ Proximity●●●○○ Market Impact●●●●● Data
Reliability●●○○○ US/EU Relevance●●●●●

Isomorphic Labs, a Google DeepMind spinoff, is preparing to initiate human clinical trials for drugs entirely
designed using artificial intelligence, leveraging its AlphaFold system for accelerated protein structure
prediction-driven drug discovery. This marks a pivotal transition of AI-driven drug discovery from
fundamental research to clinical application, demonstrating significant progress in the field. The company
secured $600 million and partnered with Novartis and Eli Lilly.

This move signals AI's potential to accelerate the entire drug discovery process, delivering significant time
and cost reductions compared to traditional methods. Isomorphic Labs' platform rapidly screens millions of
compounds and evaluates efficacy/safety in silico, selecting candidates with higher probability of clinical
success.

▶ Strategic Analyst's Perspective

Published numbers are realistic, reflecting significant investment and progress in AI-driven
drug discovery. Technical barriers remain in validating AI predictions in complex human biology
and ensuring interpretability for regulatory bodies. [Opportunity] US/EU pharma can leverage
AI platforms to drastically cut R&D; timelines and costs, identifying novel drug candidates
faster. Strategic partnerships with AI biotechs like Isomorphic Labs are crucial for accessing
cutting-edge capabilities. [Threat] Traditional pharma companies risk being outpaced by
AI-native biotechs with accelerated pipelines. Failure to integrate advanced AI could lead to
competitive disadvantage and IP erosion. [Next Actions] [R&D;] Evaluate internal AI
capabilities and identify gaps. [Strategy] Assess potential acquisition targets or deep
collaboration opportunities with leading AI drug discovery firms. [Executive] Allocate significant
budget for AI integration and talent acquisition in computational biology.

Deep Dive ② ― AI-Designed Drugs Reach Phase 3
#11 | 2026/08/06 | Stock Titan | Tech Novelty●●●●○ Proximity●●●○○ Market Impact●●●●● Data
Reliability●●●●○ US/EU Relevance●●●●●

Generate Biomedicines' AI-designed anti-TSLP monoclonal antibody, GB-0895, has advanced to global Phase
3 clinical trials for severe asthma. Concurrently, Insilico Medicine's AI-designed drug for idiopathic pulmonary
fibrosis (IPF) is also progressing to Phase 3. This signifies a major milestone for generative biology's
transition from research to late-stage clinical application, validating AI's capability to generate therapeutics.

GB-0895 targets TSLP, an inflammatory cytokine, for severe asthma, an area of high unmet medical need.
Insilico Medicine's IPF drug aims to slow pulmonary fibrosis progression. These advancements demonstrate
AI's capability to rapidly advance candidates from lead optimization through preclinical to late-stage clinical
trials, a process that traditionally takes many years.
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▶ Strategic Analyst's Perspective

The advancement of two AI-designed drugs to Phase 3 is a strong indicator of AI's practical
utility, and the reported progress is realistic. The primary technical barrier is successful
completion of large-scale Phase 3 trials, which still carry high attrition rates, and demonstrating
superior efficacy/safety over existing treatments. [Opportunity] US/EU companies can gain
first-mover advantage in specific disease areas by rapidly advancing AI-designed candidates.
This validates generative AI platforms, attracting investment and talent. [Threat] Companies
without robust AI pipelines risk falling behind in the race for novel therapeutics, particularly in
high-unmet-need areas. Late-stage failures of AI-designed drugs could also lead to market
skepticism. [Next Actions] [R&D;] Accelerate internal AI-driven lead optimization and
preclinical development. [Business Dev] Explore licensing or co-development deals for
promising AI-designed assets. [Strategy] Monitor Phase 3 outcomes closely to refine AI
investment strategies.
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Deep Dive ③ ― Allogeneic CAR T Achieves Breakthrough Status
#50 | 2026/08/06 | Siteman Cancer Center at Barnes-Jewish Hospital and WashU Medicine | Tech Novelty●●●●●
Proximity●●●○○ Market Impact●●●●○ Data Reliability●●●●○ US/EU Relevance●●●●●

The FDA granted Breakthrough Therapy Designation (BTD) to Washington University's allogeneic anti-CD7
CAR T-cell therapy, WU-CART-007, for relapsed/refractory T-cell acute lymphoblastic leukemia/lymphoma.
Initial global trials showed a groundbreaking 73% complete remission rate. This allogeneic approach
overcomes limitations of autologous CAR T, offering a potential game-changer for T-cell malignancies.

WU-CART-007 uses donor-derived T-cells genetically modified to target CD7, while also editing out genes to
reduce GVHD risk. This addresses the challenge of T-cell malignancies where CAR T cells can attack each
other. BTD accelerates development and review for serious conditions with significant clinical improvement
potential.

▶ Strategic Analyst's Perspective

The 73% complete remission rate is highly promising for a difficult-to-treat cancer, and BTD
indicates FDA's confidence in early data. Technical barriers include scaling allogeneic CAR T
manufacturing, managing potential graft-versus-host disease (GVHD) risks, and ensuring
long-term durability and safety in larger patient cohorts. [Opportunity] US/EU biotech and
pharma can lead in allogeneic cell therapies, expanding CAR T applications beyond B-cell
malignancies and reducing manufacturing complexity/cost. [Threat] Companies focused solely
on autologous CAR T or lacking allogeneic capabilities may lose competitive edge. Safety
concerns (e.g., off-target effects, GVHD) remain a significant hurdle, as highlighted by other
gene therapy setbacks (#63). [Next Actions] [R&D;] Invest in allogeneic cell therapy platforms
and gene editing for safety/efficacy. [Manufacturing] Develop scalable, cost-effective
manufacturing processes for off-the-shelf cell therapies. [Regulatory] Engage early with
regulators on allogeneic CAR T guidelines.

Other Notable Articles
Schrödinger Unveils 'Bunsen' AI Co-Scientist (Schrödinger)
Tech Novelty●●●●○ Proximity●●●●○ Market Impact●●●●○

New AI Co-Scientist 'Bunsen' automates biologics discovery, streamlining workflows and accelerating R&D.;

C4 Therapeutics Enters New Partnership with Roche for Degrader-Antibody Conjugate (DAC) Development (C4 Therapeutics, Inc.)
Tech Novelty●●●●○ Proximity●●○○○ Market Impact●●●●○

Partnership validates TPD platform for next-gen DACs, combining ADC and protein degrader technologies for
oncology.

Next-Gen ADCs Show Transformative Efficacy: 46% ORR in Platinum-Resistant Gynecological Cancers, up to 50% ORR in Nasopharyngeal Cancer at
AACR 2026 (AACR Annual Meeting 2026)
Tech Novelty●●●●○ Proximity●●●○○ Market Impact●●●●○

Groundbreaking clinical data for next-gen ADCs demonstrate high efficacy in difficult-to-treat cancers,
redefining precision oncology.

CDMO業界の能力不足が深刻化：バイオ医薬品企業の半数が哺乳類細胞生産CDMOの確保に課題、高度治療薬分野で特に顕著 (Contract Pharma)
Tech Novelty●○○○○ Proximity●●●●● Market Impact●●●●●

Severe CDMO capacity crunch, especially for advanced therapies, poses significant supply chain risks for
biopharma.

Lonza Capsugel、GLP-1ペプチドの経口送達に向けた二層保護戦略を開発：脂質ベース製剤と腸溶カプセルで酵素分解を抑制 (Capsugel (Lonza))
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Tech Novelty●●●●○ Proximity●●○○○ Market Impact●●●●○

Novel dual-layer protection strategy enables oral delivery of GLP-1 peptides, promising enhanced patient
convenience for chronic diseases.
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Recommended Actions This Week

Action recommendations based on article evaluation matrix and opportunity/threat analysis.

▍Immediate (this week)
• [Executive] Review AI drug discovery investment vs. competitors like Isomorphic Labs and Insilico
Medicine.

• [R&D;] Assess internal generative AI capabilities for molecular design and early-stage optimization.

• [Procurement] Initiate urgent review of CDMO contracts for advanced therapies, especially
mammalian cell production.

▍Short-term (1 month)
• [Strategy] Develop a roadmap for integrating AI-driven tools (e.g., agentic AI, in silico LNP design)
into existing R&D; workflows.

• [Business Dev] Identify potential partnerships with AI biotechs or specialized DDS companies (e.g.,
LNP, oral peptide, BBB platforms).

• [R&D;] Evaluate emerging targeted delivery technologies (e.g., dual-targeting LNPs, exosome
carriers, oral peptide strategies) for pipeline applicability.

▍Medium-long term (quarter+)
• [Legal/IP] Conduct a comprehensive IP landscape analysis for AI-driven drug design and advanced
delivery systems to identify opportunities and threats.

• [R&D;] Invest in talent and infrastructure for "delivery biology" and complex biological modeling to
bridge the "valley of death" for AI-designed drugs.

• [Executive] Establish a cross-functional task force to address CDMO capacity risks and explore
strategic investments in manufacturing capabilities.

troy-technical.jp/en | Original curation. Article copyrights belong to respective authors. | Gemini API + Claude | 2026-08-16
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#01 Scaffold-Aware Transformer Accelerates Novel
Molecular Design with High Binding Affinity

OVERVIEW

Researchers have developed a novel scaffold-aware generative model, integrating

transformers with graph attention networks, capable of efficiently designing new

molecules with desired structural properties and high binding affinity. This framework

offers an interpretable tool for scaffold-conditioned molecular generation,

significantly accelerating the early stages of drug discovery. The ability to quickly

identify promising candidates while maintaining specific structural constraints

represents a major leap in AI-driven drug design.

Published August 07, 2026  PMC  USA



IN DEPTH

Key Findings

A new molecular design framework has been developed, integrating transformer-based
generative models with graph attention network-based prediction models. This scaffold-
aware transformer is capable of efficiently generating novel molecules that possess both
desired structural characteristics and high binding affinity. The approach has
demonstrated its ability to identify promising candidate molecules more rapidly and
accurately compared to traditional methods, offering a significant advancement in AI-
driven drug discovery.

Technical / Clinical Details

The core of this innovation lies in its capacity to recognize existing scaffold structures
and then build new molecular components upon them. Utilizing multi-scale attention
mechanisms, the model considers both local and global molecular architectures during
the design process, enabling a more diverse and optimized exploration of chemical
space. Molecules generated by this framework are optimized to meet stringent
pharmacological properties and binding affinity requirements, contributing to a
reduction in the time from design conception to synthesis. This method provides an
interpretable tool for understanding the molecular generation process, which is crucial
for validating and refining drug candidates.

Background & Context

Traditional molecular design approaches face challenges such as high computational
costs and lengthy timelines when searching for promising molecules within vast chemical
spaces. The evolution of AI-driven drug discovery, particularly generative models, is seen
as key to overcoming these hurdles. The scaffold-aware approach presented in this
research allows for design based on specific binding sites or known pharmacologically
active structures, thereby improving the efficiency of drug repositioning and lead
optimization. This technology is poised to alleviate bottlenecks in the early stages of the
drug discovery pipeline, leading to faster identification of candidate compounds.



Strategic Significance & Outlook

This scaffold-aware transformer has broad applicability beyond drug discovery,
extending to fields such as materials science where rapid exploration and optimization of
molecules with specific functional requirements are crucial. Its ability to provide
interpretable insights into the generation process could foster greater trust and adoption
within the scientific community. In the future, the integration of this model with
experimental data to support a seamless workflow from in silico design to in vitro/in vivo
validation could further accelerate the entire drug development lifecycle, potentially
delivering novel therapeutics to patients much faster.

Source: https://pmc.ncbi.nlm.nih.gov/articles/PMC13425956/
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#02 CAi Copilot Leverages Agentic AI for Intent-Driven
Molecular Design, Reducing Operational Burden

OVERVIEW

CAi Copilot introduces an agentic workflow system that translates researchers' intent

into adaptive and traceable molecular computations, aiming to significantly reduce

operational workload in early-stage molecular design. By orchestrating specialized AI

tools for generation, optimization, prediction, and docking, it automates complex

tasks. This allows drug discovery scientists to focus on higher-level scientific

challenges, accelerating research timelines and fostering innovation.

Published August 07, 2026  arXiv  USA



IN DEPTH

Key Findings

CAi Copilot has been introduced as an agentic workflow system designed to
substantially reduce the operational burden in the early stages of molecular design. The
system achieves this by transforming researchers' intentions into adaptive and traceable
molecular computations, thereby automating and streamlining the drug discovery
workflow. This advancement is expected to enable scientists to dedicate more time to
complex scientific problems, ultimately accelerating the pace of discovery.

Technical / Clinical Details

CAi Copilot intelligently orchestrates a suite of specialized AI tools for molecular
generation, optimization, property prediction, and docking simulations. This agentic
approach allows the system to interpret high-level instructions from researchers and
autonomously execute relevant computational tasks. Each decision point within the
workflow is transparent and traceable, facilitating easy validation of results and
continuous model improvement. Specifically in lead identification and optimization, this
technology automates repetitive manual efforts, saving significant time and resources. Its
modular architecture also allows for seamless integration of new AI models and
computational methods as they emerge.

Background & Context

The initial phase of molecular design in drug discovery is a complex and time-consuming
process, requiring diverse computational tools and specialized expertise. Researchers
often encounter operational challenges, such as data conversion between different
software packages and the coordination of multiple simulations. CAi Copilot aims to
bridge this 'operational valley' by integrating these fragmented workflows and enabling
AI agents to execute them autonomously. This capability leads to more rapid and
reproducible molecular designs with minimal human intervention, addressing a critical
bottleneck in the drug development pipeline.



Strategic Significance & Outlook

The implementation of CAi Copilot marks a significant step forward in AI-driven drug
discovery, empowering researchers to focus on more strategic decision-making. In the
future, this system is anticipated to become more sophisticated, with potential
applications extending to broader drug development phases, including preclinical and
clinical trial planning assistance. Furthermore, continuous integration of new AI tools and
enhanced capabilities to handle more complex research intentions are expected. This will
accelerate drug discovery research, paving the way for new therapies to reach patients
more quickly and efficiently across the globe.

Source: https://arxiv.org/html/2608.06961v1

Collected: August 14, 2026 | Automated Research System (Gemini API)
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#03 bioRxiv Unveils Joint Transcriptomic and
Morphological Phenotype Modeling for Generative
Molecular Design

OVERVIEW

A bioRxiv preprint details research on jointly modeling transcriptomic and

morphological phenotypes for generative molecular design. This novel approach

allows for the simultaneous consideration of gene expression changes and cellular

morphology impacts when designing drug candidates. This integrated strategy
promises to lead to more effective drugs with reduced off-target side effects,

enhancing the precision of early drug discovery efforts. The work is published under a

CC-BY-NC-ND 4.0 International license.

Published August 11, 2026  bioRxiv  International



IN DEPTH

Key Findings

New research exploring the joint modeling of transcriptomic and morphological
phenotypes for generative molecular design has been published as a bioRxiv preprint.
This innovative approach enables the simultaneous prediction and optimization of how
candidate molecules affect cellular gene expression profiles and physical morphology.
This capability promises to facilitate the design of more effective and target-specific
drugs, significantly advancing beyond conventional single-endpoint design
methodologies.

Technical / Clinical Details

The study utilizes machine learning models to learn the complex relationships between
molecular structures and cellular responses, encompassing both transcriptomic changes
and morphological features. This allows for the generation of molecules that specifically
target disease pathways while minimizing undesired morphological alterations from off-
target effects. By integrating morphological fingerprints and gene expression profiling,
the method provides deeper insights into a drug's potential toxicity and mechanism of
action, thereby contributing to higher success rates in drug discovery. The models can
effectively predict and design for multi-modal outcomes, optimizing for efficacy and
safety concurrently.

Background & Context

In early lead compound optimization, drug efficacy often takes precedence, leading to a
neglect of broader cellular impacts. However, many drugs induce unexpected changes in
cellular gene expression and morphology beyond their intended targets, frequently
causing adverse effects. By jointly modeling transcriptomic and morphological
phenotypes, this approach significantly enhances the ability to predict and avert these
off-target effects during the design phase. This integrated strategy is crucial for
developing more precise medicines and mitigating late-stage attrition in the drug
development pipeline, which remains a costly endeavor for the biopharmaceutical
industry.



Strategic Significance & Outlook

This joint modeling approach is set to become a powerful tool for identifying higher-
quality candidate molecules in the early stages of drug design. It is particularly expected
to contribute to the development of drugs that exert desired effects in specific cell types
or disease states while minimizing unwanted cellular responses. In the future, as this
technology becomes more refined, it has the potential to seamlessly integrate from in
silico design to in vitro validation and even into clinical development, thereby improving
the overall efficiency and success rate of drug discovery. Its open-license publication
encourages widespread adoption and collaborative advancement within the global
research community.

Source: https://www.biorxiv.org/content/10.64898/2026.02.02.703193v2

Collected: August 14, 2026 | Automated Research System (Gemini API)
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#04 Google DeepMind Spinoff Isomorphic Labs
Prepares for Human Trials of Fully AI-Designed Drugs

OVERVIEW

Isomorphic Labs, a Google DeepMind spin-off, is on the verge of commencing human

clinical trials for drugs entirely designed by artificial intelligence. Leveraging its

foundational AlphaFold system, the company aims to dramatically accelerate protein

structure prediction-driven drug discovery. This pivotal move, backed by $600 million

in funding and partnerships with Novartis and Eli Lilly, signifies AI's critical transition

from fundamental research to clinical application in the pharmaceutical sector.

Published Published August 08, 2026  Facebook (Wired発信)  USA



IN DEPTH

Background

The traditional drug discovery process is famously protracted, expensive, and plagued by
extremely low success rates. On average, developing a new drug for patients typically
consumes over a decade and billions of dollars, with numerous candidate compounds
failing at various stages. The emergence of AI technologies, particularly advanced
predictive models such as AlphaFold, promises to fundamentally address these inherent
inefficiencies. Isomorphic Labs' achievement in securing a substantial $600 million
funding round in April 2025, alongside forming strategic partnerships with
pharmaceutical giants like Novartis and Eli Lilly, highlights the significant industry
expectations placed on its technology and business model. This trend is not isolated;
other leading AI drug discovery companies, including Recursion Pharmaceuticals, Insilico
Medicine, and Xaira Therapeutics, are similarly accelerating their pipelines with AI,
signaling a pervasive, sector-wide transformation.

Key Findings

Isomorphic Labs, a spin-out from Google DeepMind, is preparing to initiate human
clinical trials for drugs entirely designed by artificial intelligence (AI). This represents a
landmark milestone, underscoring AI's transformative potential to accelerate the entire
drug discovery process and achieve substantial reductions in both development time
and cost compared to conventional methods. The company's strategy focuses on
innovating pharmaceutical development by streamlining the entire workflow, from AI-
driven candidate identification and optimization through to preclinical evaluation.



Technical / Clinical Details

At its core, Isomorphic Labs leverages AlphaFold, the groundbreaking protein structure
prediction system developed by its parent company, DeepMind. AlphaFold's
unparalleled ability to predict protein 3D structures with high accuracy provides a
profound understanding of target proteins critical for drug binding, thereby enabling the
design of more effective and highly specific therapeutic molecules. The company's
advanced computational platform can rapidly screen millions of compounds to identify
potential drug candidates and evaluate their efficacy and safety entirely in silico. This
highly efficient approach enables the selection of compounds with a significantly higher
probability of successfully advancing to clinical trials, potentially compressing
development timelines from conventional years to mere months, a stark contrast to
traditional laboratory-based trial-and-error methodologies.

Strategic Significance & Outlook

The advancement of Isomorphic Labs' AI-designed drugs into human clinical trials
represents a critical litmus test for the maturity and viability of AI in drug discovery.
Should these trials yield favorable results, it would unequivocally redefine AI's role within
the pharmaceutical industry, elevating it from a supplementary tool to a foundational
pillar of the drug discovery paradigm. The company's potential success is anticipated to
galvanize more AI firms and established pharmaceutical companies to aggressively enter
this domain, intensifying competition to deliver innovative and life-saving therapies to
patients at an accelerated pace. Ultimately, AI is poised to become a primary engine for
generating novel therapeutics across a diverse array of disease areas, addressing long-
standing unmet medical needs on a global scale.

Source: https://www.facebook.com/wired/posts/jeff-dean-and-other-high-profile-google-executives-
have-founded-discovery-loop-a/1418624466799808/
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#05 AI Compresses Drug Discovery Timelines from
Years to Months, Insilico Medicine's IPF Drug Advances
to Phase 2 in 18 Months

OVERVIEW

Generative AI is dramatically shortening drug discovery timelines, reducing

development from years to months. Insilico Medicine's platform successfully

advanced a candidate compound for idiopathic pulmonary fibrosis (IPF) from

preclinical stages to Phase 2 clinical trials in just 18 months. This accelerated progress
underscores the necessity for clinical operators to evaluate AI-native research

companies and adapt to faster development cycles. The profound impact of AI is

reshaping the entire pharmaceutical industry.

Published August 12, 2026  MarketScale  USA



IN DEPTH

Key Findings

Generative AI is demonstrating its potential to dramatically compress drug discovery
timelines from years to mere months, heralding a significant transformation in the
pharmaceutical industry. A prime example of this innovation is Insilico Medicine's AI
platform, which successfully advanced a candidate compound for idiopathic pulmonary
fibrosis (IPF) from preclinical stages to Phase 2 clinical trials in just 18 months. This
achievement unequivocally highlights the profound impact AI is having across every
stage of the drug discovery process.

Technical / Clinical Details

Insilico Medicine's AI-driven platform optimizes multiple steps in the drug discovery
process, from target identification to novel molecular structure generation and
preclinical evaluation. The AI rapidly screens vast chemical spaces and predicts
compound properties, enabling a significantly more efficient selection and optimization
of lead compounds compared to traditional trial-and-error approaches. The swift
progression of the IPF candidate drug illustrates AI's capability to quickly identify
promising therapeutic candidates in complex disease areas, thereby accelerating the
development pipeline. This efficiency stems from machine learning models that can
discern intricate patterns in biological and chemical data that are often imperceptible to
human researchers.

Background & Context

The conventional drug discovery process is notoriously inefficient, typically taking 10 to
15 years and incurring billions of dollars in costs. Furthermore, the risk of candidate
drugs failing at various clinical trial stages is exceptionally high, resulting in very low
overall success rates. Generative AI holds the potential to fundamentally resolve these
challenges, promising substantial reductions in R&D costs and timelines. This
technological revolution mandates that pharmaceutical companies critically evaluate AI-
native biotech firms and adapt their strategies to partner with companies demonstrating
rapid development cycles and advanced AI capabilities, recognizing their pivotal role in
the future landscape of drug development.



Strategic Significance & Outlook

The acceleration of drug discovery timelines through AI is critically important for
delivering new therapies to patients faster. Clinical operators and pharmaceutical
companies must adapt to the evolving AI landscape, understanding the unique
requirements of AI-driven development. This includes re-evaluating data governance, AI
model validation, and engagement strategies with regulatory bodies. Success stories like
Insilico Medicine's demonstrate that AI will continue to be a primary driving force
shaping the future of drug discovery, with expectations that AI will catalyze
breakthroughs in numerous other disease areas and revolutionize healthcare. This
paradigm shift will have deep implications for the strategy and operations of the entire
drug discovery ecosystem globally.

Source: https://www.marketscale.com/industries/healthcare/ai-is-compressing-drug-discovery-timelines-

from-years-to-months-and-clinical-operators-need-to-prepare-now
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#06 AI-Driven CRISPR Design: Revolutionizing Gene
Editing with Enhanced Precision and Efficiency

OVERVIEW

A comprehensive review systematically investigates AI-driven tools and

methodologies for CRISPR design, highlighting AI's role in significantly enhancing

gene editing precision, efficiency, and automation. The review classifies approaches

by learning paradigms, including generative AI, and addresses challenges such as

data quality and interpretability. Integrating AI promises to advance CRISPR

technology's therapeutic applications, opening new avenues for gene therapy and

functional genomics research.

Published August 12, 2026  Preprints.org  International



IN DEPTH

Key Findings

A review published on Preprints.org offers a comprehensive analysis of the latest tools
and methodologies in AI-driven CRISPR design. The review systematically articulates how
AI is dramatically improving the precision, efficiency, and automation of CRISPR-based
gene editing. It particularly emphasizes the contribution of various learning paradigms,
including generative AI, in minimizing off-target effects and maximizing on-target
editing efficiency, marking a significant leap in genetic engineering capabilities.

Technical / Clinical Details

The review categorizes AI-driven CRISPR design approaches by their learning paradigms
(e.g., supervised, unsupervised, reinforcement learning, generative AI) and functionalities
(e.g., guide RNA design, off-target prediction, effector optimization). AI models
demonstrate the capability to analyze vast genomic and editing outcome datasets,
enabling the design of optimal guide RNA sequences and CRISPR system components.
This minimizes undesirable off-target edits while maximizing editing efficiency at specific
genomic loci. The review also thoroughly discusses persistent challenges, such as data
quality and model interpretability, suggesting future research directions. Such detailed
technical insights are critical for researchers looking to implement these advanced tools
effectively.

Background & Context

The CRISPR-Cas9 system revolutionized gene editing with its simplicity and efficiency but
still faces challenges like off-target effects and variability in editing efficiency. These
issues have been major impediments to the therapeutic application of CRISPR
technology. The integration of AI is emerging as a key technology to overcome these
limitations, enhancing the safety and efficacy of CRISPR-based gene therapies. AI excels
at analyzing complex biological data and identifying patterns often overlooked by
human experts, thereby optimizing CRISPR design and facilitating more predictable
outcomes in clinical settings.



Strategic Significance & Outlook

The evolution of AI-driven CRISPR design is poised to profoundly impact gene therapy,
functional genomics research, and disease model creation. Especially within personalized
medicine, the ability to design optimized gene editing strategies based on individual
patient genomic information will expand therapeutic options. In the future, as AI model
prediction accuracy and interpretability further improve, the integration of CRISPR
systems with AI is expected to become a standard gene editing workflow, accelerating
the development of safer and more effective gene therapies. However, ethical
considerations and challenges related to utilizing large-scale datasets must continue to
be addressed, ensuring responsible innovation and equitable access to these powerful
technologies globally.

Source: https://www.preprints.org/manuscript/202608.0824
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#07 AI Biotechs Drive 'Fail-Fast' Drug Development in
Biopharma, Powered by DeepMind's AlphaFold

OVERVIEW

AI-centric biotechs like Isomorphic Labs and Generate Biomedicines are leveraging

Google DeepMind's AlphaFold and proprietary 'dataverses' to propel a 'fail-fast'

approach in drug discovery through in silico experimentation. Despite not yet having

clinical-stage molecules, these companies have attracted substantial tech investment.

This trend suggests AI's potential to reduce traditional drug discovery failure rates

and shorten development cycles, thereby catalyzing a transformative shift across the

biopharmaceutical industry.

Published August 12, 2026  BioSpace  USA



IN DEPTH

Key Findings

AI-centric biotechs such as Isomorphic Labs and Generate Biomedicines are pioneering a
'fail-fast' approach in drug discovery, leveraging Google DeepMind's 'AlphaFold' system
and their proprietary 'dataverses.' Through extensive in silico experimentation, these
companies aim to evaluate drug candidates at a significantly accelerated pace, thereby
improving overall success rates. Notably, these ventures have attracted substantial
technological investment, even though they have not yet disclosed any clinical-stage
molecules, underscoring the industry's confidence in AI-driven innovation.

Technical / Clinical Details

AI-driven drug discovery employs machine learning algorithms for target identification,
novel molecule design, screening of candidate compounds, and prediction of
pharmacological properties. Protein structure prediction tools like AlphaFold enable an
atomic-level understanding of target-drug interactions, facilitating more precise
molecular design. Furthermore, large datasets and computational infrastructures,
referred to as 'dataverses,' allow for virtual experiments on millions to billions of
compounds, efficiently narrowing down promising candidates. This 'fail-fast' approach
significantly reduces the need for expensive and time-consuming wet lab experiments,
thereby mitigating risks in the early stages of drug development and optimizing resource
allocation.

Background & Context

The traditional drug discovery process is notoriously protracted and costly, often
spanning 10 to 15 years and incurring expenditures in the billions of dollars. Moreover,
approximately 90% of drug candidates that enter clinical development ultimately fail. AI
biotech firms are aiming to fundamentally overturn this inefficiency through the power
of AI. They seek to identify failures early and learn from them rapidly, enabling quicker
redirection of development efforts and ultimately increasing the probability of success.
The substantial funding attracted by these companies reflects the high expectations
venture capitalists and major pharmaceutical companies place on this AI-driven
transformation, positioning AI as a critical component in future pharmaceutical
innovation.



Strategic Significance & Outlook

The 'fail-fast' approach enabled by AI in drug discovery holds the potential to become an
industry standard for biopharma. As AI technology matures, more drug candidates are
expected to transition rapidly from preclinical stages to clinical trials, drastically reducing
the time it takes for new therapies to reach patients. This shift will also compel existing
large pharmaceutical companies to adopt AI technologies and build internal capabilities,
thereby redefining the competitive landscape of the entire industry. However,
demonstrating the clinical efficacy and safety of AI-designed drugs remains paramount,
and future clinical trial results will ultimately determine the true potential and broad
impact of AI in drug discovery.

Source: https://www.biospace.com/business/with-tech-backing-ai-biotechs-force-biopharma-into-fail-

fast-drug-development
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#08 Insilico Medicine and Saudi Aramco Unveil
sorbaMOF DB to Accelerate AI-Driven MOF Discovery
for DAC Technologies

OVERVIEW

Insilico Medicine, in collaboration with Saudi Aramco, has launched 'sorbaMOF DB,' a

validated materials database with an interpretable AI framework designed to

accelerate the discovery of Metal-Organic Frameworks (MOFs). This initiative aims to

provide high-quality data for generative AI and foundational models, particularly for
direct air capture (DAC) technologies and other environmental and energy

applications. Leveraging AI in MOF design promises to significantly enhance new

material development efficiency and contribute to climate change mitigation.

Published August 11, 2026  Unibest Industrial Co., Ltd.  International



IN DEPTH

Key Findings

Insilico Medicine, in a strategic collaboration with Saudi Aramco, has unveiled the
innovative 'sorbaMOF DB,' a validated materials database integrated with an
interpretable AI framework. This platform is designed to accelerate the discovery of
Metal-Organic Frameworks (MOFs), providing essential high-quality data for training
generative AI and foundational models in environmental and energy sectors, including
direct air capture (DAC) technologies. This development is set to significantly streamline
the design and application of MOFs, offering a new paradigm in materials science.

Technical / Clinical Details

The 'sorbaMOF DB' comprehensively aggregates validated MOF structural data
alongside their relevant physicochemical properties. The integrated AI framework learns
the complex relationships between MOF structures and their functions, enabling the
generation of novel MOF architectures optimized for specific applications, such as CO2
adsorption capacity and selectivity. By combining molecular-level simulations with
experimental data, AI can identify promising MOF candidates far more rapidly and
efficiently than traditional trial-and-error methods. This drastically shortens the material
design cycle and reduces development costs, fostering rapid innovation in a critical field.

Background & Context

Metal-Organic Frameworks (MOFs), with their porous structures and tunable properties,
hold immense potential across diverse fields, including gas separation, catalysis, and
drug delivery. Direct Air Capture (DAC) technology, which aims to capture CO2 directly
from the atmosphere, is particularly critical for climate change mitigation and
necessitates the development of high-performance MOFs. However, the vast chemical
space of MOFs makes identifying optimal structures challenging through conventional
means. The partnership between Insilico Medicine and Saudi Aramco seeks to address
this exploratory challenge using AI, thereby accelerating new materials development and
advancing climate solutions.



Strategic Significance & Outlook

The introduction of sorbaMOF DB and its AI framework is poised to revolutionize MOF
design and discovery, playing a crucial role in accelerating the practical implementation
of DAC technology. Beyond environmental applications, this platform is applicable to
other fields requiring new material development, such as catalysis, separation, and even
advanced drug delivery systems. The combination of high-quality data and interpretable
AI offers researchers and engineers a powerful foundation for rapidly developing
innovative MOF-based solutions. In the future, AI is expected to streamline the entire
process from discovery to commercialization in numerous materials science sectors,
contributing significantly to a more sustainable global society.

Source: https://insilico.com/news/5kip5kk0s1-from-molecular-lego-to-high-quality-data
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#09 AI Drug Discovery's Core Challenge: Not Data
Volume, But Converting Data into Actionable Clinical
Evidence

OVERVIEW

The real challenge in AI-driven drug discovery is not the abundance of data, but the

ability to transform that data into meaningful 'evidence' while preserving clinical

context. Robust scientific and regulatory decision-making necessitates specialized,

multi-layered AI solutions that integrate clinical observations. This perspective
emphasizes that the qualitative aspects of data management and analysis will be

paramount for the future advancement of AI drug discovery, shifting focus from sheer

volume to actionable insights.

Published August 10, 2026  MedCity News  USA



IN DEPTH

Key Findings

A critical observation has been made regarding the central challenge in AI-driven drug
discovery: it's not the sheer volume of data, but the capability to transform that data into
'meaningful evidence' while maintaining clinical context. This article underscores the
importance of integrating clinical observations into AI solutions to enable robust
scientific and regulatory decision-making, moving beyond simply processing large
datasets.

Technical / Clinical Details

While AI models can process vast amounts of omics data, imaging data, and clinical
records, these raw inputs do not always translate directly into clinical insights or
therapeutic decisions. This 'evidence problem' refers to the difficulty in understanding
how AI-generated predictions and patterns correlate with real-world patient outcomes
and underlying biological mechanisms. Proposed solutions advocate for multi-layered AI
approaches that combine expert domain knowledge to extract clinically relevant
features, thereby enhancing the interpretability and reliability of AI models. This ensures
that the information provided by AI functions as credible evidence for researchers and
regulatory bodies alike, fostering greater trust in the outputs.

Background & Context

AI in drug discovery holds immense promise for accelerating various processes, from
lead compound identification to optimization, yet its adoption is still in early stages.
Many AI companies compete on data volume and computational power, but the ultimate
requirement from the pharmaceutical industry and regulatory agencies is whether AI-
generated results are supported by reliable clinical evidence. Particularly in clinical
development, stringent standards for patient safety and efficacy demand clarity on how
AI models arrive at their conclusions. Addressing this challenge is crucial for broader
acceptance and standardization of AI in drug discovery, and for its integration into
mainstream pharmaceutical R&D.



Strategic Significance & Outlook

The future of AI-driven drug discovery hinges more on the quality of data and its
conversion into 'evidence' than on mere quantity. Going forward, the field will likely see
an acceleration in the development of multi-disciplinary AI solutions, involving
collaboration among clinicians, biologists, and data scientists, rather than reliance on
single algorithms. This collaborative approach is expected to ensure that AI-generated
predictions are grounded in stronger scientific rationale, facilitating regulatory approvals.
Ultimately, this will lead to the establishment of more transparent and trustworthy drug
discovery processes, delivering safe and effective new medicines to patients worldwide.

Source: https://medcitynews.com/2026/08/ai-in-drug-development-is-not-a-data-problem-its-an-

evidence-problem/
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#10 AI Drug Discovery Faces New Pain Points: Chemical
Models Deliver Results, While Biological Models
Struggle to Cross the 'Valley of Death'

OVERVIEW

In AI-driven drug discovery, chemical models have successfully accelerated R&D by

efficiently identifying targets and generating novel molecular structures. However,

advancements in biological models still need to overcome the 'valley of death' to

determine a drug's ultimate value. This article highlights the critical gap between
chemical success and biological validation as a new pain point in AI drug discovery.

Bridging this gap is key to the full practical implementation of AI in drug

development.

Published August 09, 2026  Moomoo  USA



IN DEPTH

Key Findings

AI-driven drug discovery, despite significant advancements, is reportedly encountering
new challenges. While chemical models have demonstrated success in accelerating R&D
through efficient target identification and the generation of novel molecular structures,
biological models still face the critical 'valley of death' – the difficult transition from basic
research to practical application – in determining a drug's ultimate value. Progress in
biological models is now highlighted as pivotal for the industry's success, indicating a
crucial bottleneck in the current AI drug discovery pipeline.

Technical / Clinical Details

AI's success in chemical modeling primarily manifests in in silico compound design,
synthesis pathway prediction, and pharmacokinetic (ADME) property forecasting. Deep
learning models, for instance, can rapidly generate molecules with high affinity for
specific targets and propose structures optimized for synthesizability, significantly
reducing the time and cost associated with wet lab experiments. Conversely, the
challenge in biological models lies in accurately predicting whether AI-generated
molecules will elicit the desired biological responses in cells and organisms, and crucially,
if they possess off-target effects. Accurately modeling complex biological pathways,
multifactorial diseases, and individual variability remains a substantial R&D hurdle for AI.

Background & Context

AI drug discovery is anticipated as a breakthrough solution to overcome the
inefficiencies and high failure rates plaguing traditional drug development. Initial
successes have largely centered on chemical aspects, addressing 'what drugs can be
designed.' However, the industry's true need is for AI to inform 'what drugs should be
developed,' focusing on biological and clinical value. This difficulty in biological
validation represents a major barrier for AI drug discovery pipelines to advance into
clinical stages. Bridging this gap requires the construction of high-quality biological
datasets, improved interpretability of AI models, and close collaboration between
biologists and AI researchers.



Strategic Significance & Outlook

For AI drug discovery to truly realize its full potential, it is imperative to translate the
successes of chemical models into advancements in biological models, thereby
traversing the 'valley of death.' Future AI research will likely focus on improving the
accuracy of in silico biological response predictions, modeling complex disease
mechanisms, and integrating in vitro/in vivo experimental data. This convergence is
expected to lead to a higher probability of clinical success for AI-designed molecules.
Overcoming this challenge is a critical step for AI to rapidly and efficiently develop next-
generation medicines, shaping the future of the entire pharmaceutical industry and
delivering transformative therapies to patients worldwide.

Source: https://www.moomoo.com/news/post/74375605/new-pain-points-in-ai-driven-drug-discovery-

chemical-models
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#11 Generate Biomedicines' AI-Designed Antibody GB-
0895 Advances to Global Phase 3 for Severe Asthma;
Insilico Medicine's IPF Drug also Reaches Phase 3

OVERVIEW

Generate Biomedicines announced its AI-designed anti-TSLP monoclonal antibody,

GB-0895, has advanced to global Phase 3 clinical trials for severe asthma, highlighted

in its Q2 2026 financial results. Novartis has also incorporated biologics designed by

Generate's AI platform into its preclinical pipeline. Concurrently, Insilico Medicine's
AI-designed drug for idiopathic pulmonary fibrosis (IPF) is progressing to Phase 3.

This signifies a major milestone for generative biology's transition from research to

clinical application.

Published August 06, 2026  Stock Titan  USA



IN DEPTH

Key Findings

Generate Biomedicines announced that GB-0895, an AI-designed anti-TSLP monoclonal
antibody, has progressed into global Phase 3 clinical trials for severe asthma. This
advancement was a key highlight in the company's Q2 2026 financial results, marking a
significant transition for generative biology from the research laboratory to clinical
application. Concurrently, Insilico Medicine's AI-designed drug for idiopathic pulmonary
fibrosis (IPF) has also reportedly advanced to Phase 3 trials, indicating a strong move
towards clinical utilization of AI-driven drug discovery.

Technical / Clinical Details

Generate Biomedicines' GB-0895 is a monoclonal antibody targeting TSLP (thymic
stromal lymphopoietin), an inflammatory cytokine, designed using 'The Generate
Platform,' an AI-driven platform. Severe asthma represents a high unmet medical need
for patients whose symptoms are not adequately controlled by existing therapies.
Progression to Phase 3 trials implies that GB-0895 has demonstrated a favorable safety
profile and preliminary efficacy in earlier-stage studies. Novartis's inclusion of biologics
designed by Generate's AI platform in its preclinical pipeline further validates the
expanding potential of AI in biologic drug design. Insilico Medicine's IPF drug aims to
slow the progression of pulmonary fibrosis, showcasing AI's capability to rapidly advance
candidates from lead optimization through preclinical to clinical trials, a process that
traditionally takes many years.

Background & Context

Generative biology, a cutting-edge field employing AI to design molecules, proteins, and
DNA, holds the potential to dramatically enhance the efficiency and success rates of
drug discovery. The high time and cost expenditures and high failure rates of traditional
drug discovery processes have made AI approaches a source of immense hope for the
pharmaceutical industry. The progression of Generate Biomedicines' and Insilico
Medicine's drug candidates into late-stage clinical trials suggests that AI is not merely a
theoretical tool but is actively generating therapeutics that could improve patients'
quality of life. Such advancements in areas of high unmet need like severe asthma and
IPF could have a profound impact on medical practice globally.



Strategic Significance & Outlook

The success of GB-0895's Phase 3 trial is critically important for establishing the
credibility of generative biology and AI-driven drug discovery. If approved, it would be
one of the first instances of an AI-designed therapeutic demonstrating efficacy against a
major disease. Generate Biomedicines also boasts a pipeline for other autoimmune and
inflammatory diseases, highlighting the versatility of its AI platform. The progress of
Insilico Medicine's IPF drug is equally significant, as success from these AI companies is
expected to accelerate investment and collaboration in AI-driven drug discovery across
the pharmaceutical sector. This will further advance the paradigm shift in drug discovery,
bringing a future where new therapies are delivered to patients much faster into clearer
view.

Source: https://www.stocktitan.net/news/GENB/generate-biomedicines-inc-reports-second-quarter-2026-
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#12 Schrödinger Unveils 'Bunsen' AI Co-Scientist to
Accelerate End-to-End Biologics Discovery Workflow
with BioLuminate and LiveDesign Integration

OVERVIEW

Schrödinger is hosting an event to demonstrate an integrated, end-to-end workflow

accelerating biologics discovery and engineering through BioLuminate and

LiveDesign. A highlight of this session is the introduction of Schrödinger's new AI Co-

Scientist, 'Bunsen,' aiming to transform complex drug discovery into a seamless,
automated workflow. Bunsen has the potential to streamline decision-making in

biologics development, reducing both development timelines and costs.

Published August 11, 2026  Schrödinger  USA



IN DEPTH

Key Findings

Schrödinger is set to showcase an integrated, end-to-end workflow designed to
accelerate biologics discovery and engineering, combining its BioLuminate and
LiveDesign platforms. The centerpiece of this announcement is the introduction of
'Bunsen,' Schrödinger's newly developed AI Co-Scientist. Bunsen aims to revolutionize
the complex drug discovery process into a seamlessly automated workflow, promising
significant enhancements in the efficiency of biologics development. This represents a
strategic leap in computational drug discovery platforms.

Technical / Clinical Details

Schrödinger's integrated workflow accelerates biologics design and optimization by
combining BioLuminate's advanced modeling and simulation capabilities with
LiveDesign's real-time collaborative design platform. The AI Co-Scientist, Bunsen, acts as
the core of this workflow, assisting researchers in hypothesis generation, experimental
planning, and data analysis. For antibody design, for example, Bunsen provides AI-driven
suggestions for simultaneously optimizing multiple parameters such as binding affinity,
stability, and immunogenicity, thereby resolving bottlenecks from molecular design to
preclinical evaluation. This empowers researchers to efficiently explore larger design
spaces and rapidly identify promising candidates, reducing the iterative cycle of
traditional methods.

Background & Context

Biologics offer groundbreaking therapies for a wide range of diseases, including cancer,
autoimmune disorders, and infectious diseases. However, their discovery and
development are exceptionally complex, time-consuming, and expensive. Traditional
processes often require extensive trial-and-error, leading to low success rates. The
advancement of AI technologies presents a transformative opportunity to overcome
these challenges and dramatically improve the efficiency of biologics development.
Schrödinger has positioned itself as a leader in this field by integrating its long-standing
expertise in computational chemistry with cutting-edge AI technologies, setting new
industry benchmarks.



Strategic Significance & Outlook

The introduction of the AI Co-Scientist 'Bunsen' and the integrated workflow holds the
potential to transform the paradigm of biologics development. This technology is
expected to allow drug discovery scientists to focus on more complex scientific
questions, automating routine tasks, and thereby significantly shortening the time it
takes to deliver new biologics to patients. In the future, Bunsen is anticipated to evolve
further, supporting the design of novel modalities and offering optimization suggestions
based on clinical trial data, contributing across the entire drug discovery pipeline. This
will enable the pharmaceutical industry to develop innovative therapies more rapidly and
cost-effectively, addressing global health challenges with unprecedented speed.

Source: https://www.schrodinger.com/life-science/resources/event/accelerating-biologics-discovery-an-
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#13 New England Biolabs Unveils Comprehensive RNA
Workflow Reagents Supporting mRNA Therapeutics
and Diagnostics

OVERVIEW

New England Biolabs has announced an expanded portfolio of reagents to support

various RNA research workflows, including mRNA therapeutics, personalized

medicine, and diagnostics. The company highlights that RNA's versatility is

transforming modern medicine, with next-generation platforms like self-amplifying
RNA (saRNA) and circular RNA (circRNA) extending durability and efficiency. This

offering aims to accelerate the development of RNA-based medicines by ensuring

researchers have access to essential, high-quality tools.

Published August 06, 2026  New England Biolabs  USA



IN DEPTH

Key Findings

New England Biolabs has announced a comprehensive portfolio of reagents designed to
support diverse RNA research workflows, including those for mRNA therapeutics,
personalized medicine, and diagnostics. This initiative aims to provide researchers with
the high-quality tools necessary to accelerate the development of next-generation RNA-
based therapies, recognizing RNA's continuous revolutionizing impact on modern
medicine.

Technical / Clinical Details

The reagents offered by New England Biolabs cover essential steps in RNA-related
processes, such as mRNA synthesis, purification, modification, and ligation. With the
emergence of next-generation platforms like self-amplifying RNA (saRNA) and circular
RNA (circRNA), there is a growing emphasis on specialized enzymes and reagents
required for the design, optimization, and manufacturing of these novel modalities.
saRNA is expected to offer prolonged function in vivo and induce potent immune
responses or protein expression with smaller doses, potentially reducing vaccine dosing
and enhancing treatment durability. circRNA boasts higher stability and sustained
protein translation compared to linear RNA, making it a promising therapeutic platform.
New England Biolabs' portfolio provides the foundational tools to accelerate the
development of these advanced technologies.

Background & Context

RNA-based therapeutics gained widespread recognition for their transformative
potential with the success of COVID-19 vaccines. Currently, active research and
development in RNA therapeutics are underway across various disease areas, including
cancer immunotherapy, genetic disorders, and autoimmune diseases. However, RNA
molecules are inherently unstable, and challenges persist in achieving efficient
intracellular delivery and optimizing immune responses. High-quality reagents and
specialized technical support are indispensable for overcoming these hurdles and rapidly
developing RNA-based medicines to address these complex biological issues effectively.



Strategic Significance & Outlook

The expansion of New England Biolabs' RNA-related reagent portfolio is expected to
contribute significantly to the overall efficiency of RNA therapeutic design, development,
and manufacturing processes. As novel platforms like saRNA and circRNA move closer to
practical application, the demand for high-quality tools to support these technologies
will intensify. The company's products are poised to support the advancements of RNA
technology from basic research to clinical application, accelerating the future
development of personalized cancer vaccines, gene therapies, and more effective
infectious disease vaccines. This investment plays a crucial role in shaping the future
landscape of RNA therapeutics, empowering scientists globally.

Source: https://www.neb.com/en-us/rna/rna-related-workflows

Collected: August 14, 2026 | Automated Research System (Gemini API)
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#14 6th mRNA Therapeutics Summit Highlights Shift to
Oncology, with In Vivo CAR-T, saRNA, and circRNA as
Key Innovations

OVERVIEW

The 6th mRNA-Based Therapeutics Summit revealed a significant shift in mRNA

clinical activity from infectious diseases to oncology, with in vivo CAR-T emerging as a

notable application. Self-amplifying RNA (saRNA) and circular RNA (circRNA) are

gaining popularity due to their enhanced durability and redosing potential.
Furthermore, multi-RNA therapeutics are emerging as a new category, underscoring

the accelerating and diverse evolution of mRNA technology in the biopharmaceutical

landscape.

Published August 11, 2026  BioSpace  USA



IN DEPTH

Key Findings

The 6th mRNA-Based Therapeutics Summit highlighted a distinct shift in clinical activities
for mRNA therapeutics, moving predominantly from infectious diseases towards
oncology. Notably, in vivo CAR-T cell therapy emerged as a prominent application, while
self-amplifying RNA (saRNA) and circular RNA (circRNA) garnered significant interest due
to their superior durability and potential for redosing. Moreover, multi-RNA therapeutics,
combining multiple RNA species, are establishing themselves as an exciting new
category, showcasing the diversifying evolution of mRNA technology.

Technical / Clinical Details

In vivo CAR-T cell therapy represents an approach where CAR-T cells are generated
directly within the body, unlike traditional CAR-T, which requires ex vivo genetic
modification. Leveraging mRNA technology offers the potential for simpler and more
cost-effective CAR-T delivery. saRNA enables sustained antigen expression or protein
production by self-replicating within cells, promising potent effects at lower doses
compared to conventional mRNA. circRNA, due to its circular structure, is less
susceptible to ribonuclease degradation, offering superior stability and prolonged
protein translation over linear mRNA. These advancements are crucial for extending the
duration of efficacy for mRNA therapeutics and improving the feasibility of repeated
administrations, which is vital for chronic conditions.

Background & Context

The mRNA technology's rapid development capabilities and efficacy gained global
recognition with the success of COVID-19 vaccines. Building on this success, research
and development efforts have rapidly expanded beyond infectious disease prevention to
more complex therapeutic applications, including cancer treatment, genetic disorders,
and autoimmune diseases. In oncology, specifically, mRNA vaccines expressing cancer-
specific antigens and therapeutics designed to enhance immune cell function are being
actively explored. Next-generation platforms such as saRNA and circRNA are drawing
significant attention as strategies to overcome the limitations of conventional mRNA,
such as its short half-life and high dosage requirements.



Strategic Significance & Outlook

The progress of mRNA therapeutics in oncology, particularly the emergence of in vivo
CAR-T and multi-RNA approaches, holds the potential to revolutionize cancer treatment.
The commercialization of saRNA and circRNA is expected to expand market reach by
enhancing therapeutic durability and patient convenience. These technologies also
contribute to the advancement of personalized medicine, enabling the development of
tailored therapies to meet individual patient needs. While further establishing safety
profiles and scaling manufacturing remain challenges, mRNA technology is anticipated
to be a leading driver for next-generation therapeutic development across a broad
spectrum of diseases, from infectious diseases to cancer and genetic disorders globally.

Source: https://eclipsebio.com/eblogs/reflections-6th-mrna-therapeutics-summit/
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#15 Dual-Targeting Lipid Nanoparticles Drastically
Enhance β Cell-Specific RNA Delivery, Promising for
Type 1 Diabetes Therapy

OVERVIEW

Researchers have developed a dual-targeting lipid nanoparticle (LNP) engineering

strategy that significantly enhances β cell-directed RNA delivery. This novel LNP

demonstrated substantially improved in vivo transfection efficiency and pancreatic

selectivity compared to Moderna's LNPs. This integrated LNP design offers a versatile
platform for RNA therapeutics and gene editing applications in Type 1 Diabetes,

representing a critical breakthrough in DDS where targeted delivery directly impacts

therapeutic efficacy and safety.

Published August 13, 2026  ACS Publications  USA



IN DEPTH

Key Findings

Groundbreaking research has led to the development of a dual-targeting lipid
nanoparticle (LNP) engineering strategy that dramatically enhances β cell-directed RNA
delivery. This new technology successfully achieved significantly improved in vivo RNA
transfection efficiency and pancreatic selectivity compared to conventional Moderna
LNPs. This integrated LNP design holds immense potential as a versatile platform for
RNA therapeutics and gene editing applications, particularly for Type 1 Diabetes and
other β cell-related pancreatic diseases.

Technical / Clinical Details

This dual-targeting LNP is engineered through an integrated approach combining both
compositional and ligand targeting. Specifically, the LNP's lipid composition is optimized
to enhance the selectivity of cationic lipids, while a ligand that specifically binds to the β
cell surface is conjugated to the LNP, creating a dual-targeting mechanism. This ensures
efficient delivery of RNA molecules to the intended β cells while minimizing the risk of
reaching non-target cells. In vivo studies using animal models demonstrated a
remarkable increase in RNA transfection and approximately fivefold higher β cell
specificity within the pancreas compared to conventional LNPs. This is critical for
reducing the therapeutic RNA dose required and mitigating systemic side effects,
significantly improving the safety profile.

Background & Context

RNA therapeutics are emerging as a novel therapeutic modality for various diseases, but
their efficacy heavily relies on efficient and specific delivery to target cells. In diseases like
Type 1 Diabetes, RNA-based therapies hold promise for regenerating destroyed
pancreatic β cells or protecting their function from autoimmune attack. However, the
pancreas is anatomically difficult to access, and specific RNA delivery to β cells has been
a major challenge in the field of drug delivery systems (DDS). This research represents a
significant step towards overcoming this hurdle and accelerating the clinical application
of RNA therapeutics for pancreatic disorders.



Strategic Significance & Outlook

This dual-targeting LNP platform is expected not only to accelerate the development of
RNA therapeutics for Type 1 Diabetes but also to find applications in other pancreatic
diseases and various conditions requiring targeting specific cell types. For example, it
could serve as a carrier for specific delivery of gene editing technologies like CRISPR-
Cas9 to β cells. If this technology progresses to clinical development, it could offer safer
and more effective treatment options for patients and contribute to the advancement of
personalized medicine. In the future, extending this LNP design principle to other organs
and cell types could dramatically broaden the applicability of RNA-based therapeutics,
marking a new era in targeted drug delivery.

Source: https://pubs.acs.org/ancac3/article/doi/10.1021/acsnano.6c06440/5254132/Engineering-Lipid-

Nanoparticles-through-Integrated
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#16 FDA Approves Dawnzera (Donidalorsen-azyh) for
Hereditary Angioedema, a Novel RNA-Targeting ASO

OVERVIEW

In August 2025, the FDA granted approval to Dawnzera (donidalorsen-azyh), a

groundbreaking RNA-targeting antisense oligonucleotide (ASO) for hereditary

angioedema (HAE). By specifically silencing prekallikrein (PKK) mRNA in the liver,

Dawnzera prevents the overproduction of inflammatory mediators, addressing the

disease's root cause. This approval promises to significantly enhance patient quality

of life and represents a major leap forward in rare disease management and the

application of ASO technology.

Published Published August 10, 2026  Liv Hospital  トルコ



IN DEPTH

Background

Hereditary angioedema (HAE) is a debilitating rare genetic disorder marked by recurrent,
severe swelling affecting various body parts, including the face, extremities, airways, and
gastrointestinal tract. Airway edema, in particular, poses a life-threatening risk,
profoundly impairing patients' quality of life. Historically, HAE management has largely
centered on treating acute attacks. However, a critical unmet need has persisted for
therapies that address the disease's underlying pathophysiology, offering a preventive
approach rather than reactive management.

Key Findings

In August 2025, the U.S. Food and Drug Administration (FDA) granted approval to
Dawnzera (donidalorsen-azyh), an RNA-targeting antisense oligonucleotide (ASO),
representing a significant breakthrough in hereditary angioedema (HAE) treatment. This
approval fulfills a critical unmet need for HAE patients by offering a therapy that directly
targets the disease's root cause. Dawnzera's introduction marks a major milestone for
the evolution of ASO technology and its increasing impact on rare disease therapeutics.

Dawnzera operates by precisely silencing the messenger RNA (mRNA) of prekallikrein
(PKK) within the liver. Prekallikrein is a crucial precursor to an enzyme that plays a central
role in the dysregulated production of bradykinin, the peptide responsible for triggering
HAE attacks. By mitigating PKK mRNA levels, Dawnzera effectively suppresses the
synthesis of the PKK protein. This prevents the abnormal activation of bradykinin,
thereby reducing the frequency and severity of edema attacks in HAE patients. This
targeted mechanism of action, directly addressing the core pathophysiological pathway
of HAE, positions Dawnzera as a potentially highly effective, long-term preventive
treatment.



This innovative therapy is poised to significantly alter the treatment paradigm for HAE
patients, moving from reactive management to effective, long-term prevention of
attacks. Beyond HAE, the success of ASO technology, as demonstrated by Dawnzera, is
expected to catalyze the development of therapeutics for other rare genetic disorders
and diseases where specific protein expression targeting is feasible. As real-world clinical
experience with Dawnzera accumulates, further data on its long-term safety and efficacy
will be crucial. This genetic-level intervention underscores the transformative potential of
precision medicine in addressing rare diseases, fostering optimism for future therapeutic
advancements.

Source: https://int.livhospital.com/drugs/dawnzera/
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#17 Wave Life Sciences' Obesity Drug WVE-007
Achieves 15% Visceral Fat Reduction in Phase 1,
Advancing to Phase 2; AATD RNA Editing Therapy
WVE-006 Anticipates Accelerated Approval

OVERVIEW

Wave Life Sciences' experimental siRNA therapy, WVE-007, successfully reduced

visceral fat by 15% after a single injection in Phase 1 trials and has initiated Phase 2a.

This drug targets the INHBE gene in the liver, offering a novel weight loss mechanism

independent of appetite suppression. Furthermore, the company's RNA editing

therapy, WVE-006, for Alpha-1 antitrypsin deficiency (AATD) has potential for

accelerated approval, and WVE-N531 for Duchenne muscular dystrophy (DMD) shows

promising clinical data. Wave leverages its PRISM® RNA platform combining RNAi,

RNA editing, antisense silencing, and splicing for a diverse pipeline.

Published August 06, 2026  BigGo Finance  USA



IN DEPTH

Key Findings

Wave Life Sciences has announced groundbreaking data for its obesity therapeutic
candidate, siRNA therapy WVE-007, which demonstrated a 15% reduction in visceral fat
after a single injection in its Phase 1 trial, leading to its progression into Phase 2a. This
agent targets the INHBE gene in the liver and offers a novel mechanism for fat reduction
without impacting appetite. Furthermore, the company's RNA editing therapy, WVE-006,
for Alpha-1 antitrypsin deficiency (AATD) shows potential for accelerated approval, and
WVE-N531 for Duchenne muscular dystrophy (DMD) has yielded promising clinical data,
underscoring Wave's robust pipeline in RNA-based therapeutics.

Technical / Clinical Details

WVE-007 utilizes siRNA (small interfering RNA) technology to suppress the expression of
the INHBE gene in the liver. The INHBE gene is believed to play a role in regulating
adipocyte proliferation and differentiation, and its suppression is expected to lead to a
reduction in visceral fat. Phase 1 data suggested a potential duration of action of 6-12
months after a single injection, indicating a highly convenient treatment option for
patients. WVE-006 is a GalNAc-conjugated RNA editing therapy (AIMers) for AATD,
designed to correct misfolded protein transcripts without altering the underlying DNA
sequence. This unique mechanism aims to reduce the production of mutant protein
responsible for the disease and restore normal Alpha-1 antitrypsin levels. WVE-N531
targets splicing anomalies in DMD patients. Wave's PRISM® RNA medicine platform
integrates diverse modalities including RNAi, RNA editing, antisense silencing, and
splicing, enabling highly personalized genetic therapeutic approaches.



Background & Context

Obesity is a global health crisis, demanding new therapeutic options that are effective,
safe, and provide sustained weight loss. WVE-007's mechanism, independent of appetite
suppression, offers a distinct approach compared to existing GLP-1 receptor agonists
and could serve as a complementary treatment option. AATD is a rare genetic disorder
causing severe lung and liver diseases, and disease-modifying therapies like WVE-006
hold the potential to dramatically improve patients' quality of life. RNA-based therapies
have garnered significant attention post-COVID-19 vaccine successes, with broad
applications anticipated from genetic to chronic diseases. Wave Life Sciences, with its
diverse RNA platform, stands at the forefront of this rapidly evolving field.

Strategic Significance & Outlook

Should WVE-007 achieve positive results in its Phase 2 trials and continue clinical
development, it could introduce a new paradigm in the obesity treatment market. Its
appetite-independent mechanism, in particular, may enable combination therapies with
existing drugs or application to new patient populations. The potential for accelerated
approval of WVE-006 signifies earlier access to a crucial treatment option for AATD
patients, elevating the importance of RNA editing technology in rare disease therapy.
Wave Life Sciences' PRISM® platform, with its multifaceted RNA modalities, holds
promise for developing innovative therapies in other high unmet need disease areas.
Future clinical trial data and regulatory decisions will be pivotal in defining the market
position of Wave's RNA portfolio.

Source: https://finance.biggo.com/news/fdd76dd75d8ccff5
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#18 Japan Accelerates Next-Gen mRNA Vaccine and
Therapeutic Development: saRNA and circRNA Boost
Immunity and Efficiency

OVERVIEW

Research into next-generation mRNA vaccines, particularly self-amplifying RNA

(saRNA) and circular RNA (circRNA), is rapidly advancing, focusing on enhancing

immune durability and efficiency. Beyond infectious diseases, mRNA research is

expanding into cancer vaccines and gene editing tools, with Japan notably approving
the world's first saRNA COVID-19 vaccine. This trend highlights RNA technology's

potential to transform broad areas of modern medicine, with Japan leading global

innovation in advanced technology adoption.

Published August 09, 2026  MJA InSight  Australia



IN DEPTH

Key Findings

Research into next-generation mRNA vaccines is rapidly evolving, with a strong emphasis
on self-amplifying RNA (saRNA) and circular RNA (circRNA), which hold significant
potential to enhance immune durability and efficiency. Beyond applications in infectious
diseases, mRNA technology is expanding into cancer vaccines and gene editing tools.
Notably, Japan has approved the world's first saRNA COVID-19 vaccine, underscoring
mRNA technology's transformative potential across various medical domains and
highlighting Japan's leadership in this cutting-edge field.

Technical / Clinical Details

saRNA possesses self-replicating capabilities within cells, allowing it to induce more
potent and sustained immune responses at lower doses compared to conventional
mRNA vaccines. This advantage is expected to reduce manufacturing costs, expand
supply, and prolong vaccine efficacy. Conversely, circRNA, due to its closed circular
structure, is more stable than linear mRNA, enabling longer function in vivo and
sustained protein translation. These characteristics contribute to the design of more
effective and safer drugs for cancer vaccines and gene therapies. Japan's approval of an
saRNA COVID-19 vaccine clearly indicates that these next-generation RNA platforms are
rapidly moving towards clinical application.

Background & Context

mRNA technology gained global recognition for its rapid development capabilities and
efficacy during the COVID-19 pandemic. Bolstered by this success, research and
development efforts have rapidly diversified beyond infectious disease prevention into
various therapeutic areas, including cancer immunotherapy, autoimmune diseases, and
rare genetic disorders. Next-generation RNA platforms like saRNA and circRNA are
particularly attracting attention as promising strategies to overcome the limitations of
conventional mRNA, such as its short half-life and high dose requirements. Japan's
pioneering approval of an saRNA vaccine demonstrates its technological leadership and
the progressive stance of its regulatory authorities in this field.



Strategic Significance & Outlook

The development of next-generation mRNA vaccines and therapeutics based on saRNA
and circRNA holds the potential to create new treatment options for personalized
medicine and diseases with high unmet needs. In cancer vaccines, personalized vaccines
targeting patient-specific mutations are anticipated. Its application as a gene editing tool
promises to open pathways for fundamental cures for previously untreatable genetic
diseases. With Japan playing a pioneering role in this domain, global mRNA technology
evolution is expected to accelerate, making a future where patients worldwide benefit
from safer and more effective new therapies a reality. Continued safety evaluations and
manufacturing scale-up will be key challenges moving forward.

Source: https://insightplus.mja.com.au/2026/31/all-the-way-with-mrna
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#19 Comprehensive Guide Published: RNA
Therapeutics, from ASO to LNP/GalNAc Platforms,
Shaping the Future of Precision Medicine

OVERVIEW

A comprehensive guide published by MDPI overviews the engineering history of RNA

therapeutics, spanning from ASOs to modern siRNA and mRNA-LNP-based therapies.

It highlights a growing regulatory trend favoring platform-based approvals, where

safety data from delivery vehicles like LNPs and GalNAc scaffolds can be leveraged
across multiple drug candidates. This development is crucial for streamlining RNA

therapeutic development and accelerating patient access, marking a significant

advancement in precision medicine.

Published August 11, 2026  MDPI  International



IN DEPTH

Key Findings

A comprehensive guide published by MDPI, titled 'Engineering the Future of Precision
Medicine: A Comprehensive Guide to RNA Therapeutics,' provides a detailed overview of
the historical and technological evolution of RNA therapeutics. It traces progress from
the early days of Antisense Oligonucleotides (ASOs) to contemporary siRNA and mRNA-
Lipid Nanoparticle (LNP)-based therapies. A key highlight is the growing trend among
regulatory bodies to support platform-based approvals, allowing safety data from
delivery vehicles like LNPs and GalNAc scaffolds to be reused for multiple drug
candidates, which significantly impacts development efficiency and time-to-market.

Technical / Clinical Details

The guide delves deep into the mechanisms of action, chemical modifications, and
delivery strategies for the primary RNA therapeutic modalities: ASOs, siRNAs, and
mRNAs. ASOs target specific mRNAs to induce their degradation or modulate splicing,
thereby suppressing or correcting disease-related protein production. siRNAs leverage
the RNA interference (RNAi) pathway to degrade target mRNAs, silencing protein
expression. mRNA therapeutics deliver engineered mRNA encoding a desired protein,
enabling temporary expression within cells for therapeutic effect. LNPs and GalNAc
conjugates are critical drug delivery system (DDS) technologies that enhance RNA
molecule stability and enable efficient, targeted delivery to specific organs or cell types.
The accumulation of safety data for these platforms dramatically reduces the
development timelines and costs for new RNA drug candidates, a pivotal factor for rapid
innovation.



Background & Context

RNA therapeutics gained widespread recognition for their transformative potential
following the success of mRNA vaccines during the COVID-19 pandemic. Prior to this,
ASOs and siRNAs had achieved success in certain rare diseases. However, the
development of effective delivery systems always posed a significant challenge. The
advent of advanced DDS technologies, such as LNPs and GalNAc conjugates, has
dramatically expanded the applicability of RNA therapeutics. Currently, active clinical
development of RNA therapeutics is underway across a wide range of diseases with high
unmet needs, including cancer, neurodegenerative disorders, and genetic diseases. The
flexible stance of regulatory bodies towards platform-based approvals further catalyzes
this rapid progress, making the path to clinic more efficient.

Strategic Significance & Outlook

RNA therapeutics are expected to continue their rapid development as a crucial pillar of
precision medicine. This guide provides invaluable information for researchers,
developers, and investors to understand the complexities of this field and identify future
innovation directions. The establishment of platform-based approval models reduces
pipeline risk and paves the way for new RNA therapeutics to reach patients more quickly.
Furthermore, the development of next-generation RNA modalities, such as self-
amplifying RNA (saRNA) and circular RNA (circRNA), along with more advanced targeted
delivery systems, will further expand the scope and efficacy of RNA therapeutics.
Ultimately, through personalized treatment strategies, these advancements are poised to
improve the quality of life for a vast number of patients worldwide.

Source: https://www.mdpi.com/1467-3045/48/8/809

Collected: August 14, 2026 | Automated Research System (Gemini API)

https://www.mdpi.com/1467-3045/48/8/809


#20 SynaptixBio Accelerates Regulatory Pathway for
Ultra-Rare ASO Drugs, Expanding Therapeutic Potential
of TUBB4A Mutant Silencers

OVERVIEW

SynaptixBio is effectively navigating the regulatory landscape for ultra-rare antisense

oligonucleotide (ASO) drugs, securing Orphan Drug and Rare Pediatric Disease

designations in collaboration with the FDA, EMA, and MHRA. Following recent

literature demonstrating the therapeutic potential of mutated TUBB4A gene silencers,
the company is actively evaluating opportunities to expand its ASO platform into

broader clinical areas. This strategy offers new hope for patients with rare diseases

that currently lack established treatments.

Published August 07, 2026  Advancing RNA  USA
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Key Findings

SynaptixBio is accelerating its regulatory pathway for ultra-rare disease antisense
oligonucleotide (ASO) drugs by enhancing collaboration with regulatory bodies such as
the FDA, EMA, and MHRA to secure Orphan Drug and Rare Pediatric Disease
designations. Prompted by recent literature demonstrating the therapeutic potential of
mutated TUBB4A gene silencers, the company is now actively evaluating opportunities to
expand its ASO platform into broader clinical areas. This proactive strategy could bring
new hope to patients suffering from rare diseases with currently limited treatment
options, marking a significant advancement in the field of precision medicine for genetic
disorders.

Technical / Clinical Details

SynaptixBio utilizes ASO technology to modulate specific gene expression, aiming to
suppress or correct the production of disease-causing proteins. Mutations in the TUBB4A
gene are known to be associated with certain neurodegenerative and brain development
disorders, and ASO silencers targeting these mutations hold the potential to intervene in
the root cause of these conditions. Orphan Drug and Rare Pediatric Disease designations
provide critical incentives for companies to accelerate the development and approval
processes for these rare disease therapies. These incentives include tax credits, extended
market exclusivity periods, and priority consultations with the FDA, which are vital for
reducing development costs and risks in a challenging therapeutic landscape.

Background & Context

Many rare diseases often receive less investment in research and development from
pharmaceutical companies due to the small number of affected patients, presenting a
significant challenge. However, advanced gene-level therapies like ASOs offer potentially
groundbreaking solutions for diseases that were previously untreatable. Companies such
as SynaptixBio are adopting strategies that involve early and close collaboration with
regulatory authorities to efficiently advance the development of these ultra-rare disease
drugs. This approach has become an essential model for delivering new therapies to
patients in rare disease areas with high unmet needs, demonstrating the critical role of
specialized biotech firms in addressing global health inequities.



Strategic Significance & Outlook

SynaptixBio's initiative to expand the applicability of its ASO platform is excellent news
for many rare disease patients. By considering applications beyond TUBB4A gene
mutation-related disorders to include other genetic diseases, the company's pipeline is
diversifying, which could enhance its potential market value. Securing early regulatory
designations improves the predictability of the development process and provides a
competitive advantage in fundraising. Should the company's ASO candidates
demonstrate safety and efficacy in clinical trials, it would further solidify the position of
ASO technology in rare disease treatment and significantly influence other biotech
companies employing similar technologies. This will accelerate the availability of life-
changing therapies for patients worldwide.

Source: https://advancingrna.com/blog/the-preclinical-gauntlet-securing-capital-and-designing-

regulatory-pathways-for-ultra-rare-aso-drugs-pt-2/
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#21 Denali Therapeutics Advances DNL628 (MAPT-
Targeting ASO) for Neurodegenerative Diseases,
DNL593 for GRN FTD Granted Orphan Drug
Designation

OVERVIEW

Denali Therapeutics is progressing DNL628, an intravenously administered ASO

designed to reduce tau by targeting MAPT, with initial Phase 1b biomarker data

expected in H1 2027 from its TransportVehicle platform. Additionally, DNL593 for

GRN-related frontotemporal dementia (GRN FTD) received FDA Orphan Drug

Designation in August 2026. These advancements underscore Denali's accelerated

application of ASO technology in neurodegenerative diseases and its growing

regulatory support, marking critical progress in the field.

Published August 13, 2026  Seeking Alpha  USA
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Key Findings

Denali Therapeutics is making steady progress in the development of DNL628, an
intravenously administered antisense oligonucleotide (ASO) targeting MAPT to reduce
tau protein, leveraging its proprietary TransportVehicle platform. Initial Phase 1b
biomarker data for this program are anticipated in the first half of 2027. Furthermore,
Denali's DNL593, aimed at GRN-related frontotemporal dementia (GRN FTD), received
Orphan Drug Designation from the U.S. Food and Drug Administration (FDA) in August
2026. These developments highlight the increasing potential of ASO technology in
treating neurodegenerative diseases.

Technical / Clinical Details

DNL628 is designed to inhibit the production of abnormal tau protein, implicated in the
pathophysiology of various tauopathies like Alzheimer's disease, by targeting the MAPT
(microtubule-associated protein tau) gene. Denali's TransportVehicle (TV) platform is a
proprietary drug delivery system (DDS) technology that enables efficient brain delivery of
therapeutics that otherwise struggle to cross the blood-brain barrier (BBB). By combining
this TV technology with ASOs, Denali aims to enhance the efficacy of ASOs in treating
neurodegenerative diseases. The Orphan Drug Designation for DNL593 signifies the
FDA's recognition that GRN FTD is a rare disease and that DNL593 could offer substantial
benefits for its treatment. This designation provides incentives such as accelerated
development timelines, tax credits, and market exclusivity.

Background & Context

Neurodegenerative diseases represent an area of exceptionally high unmet medical
need, with very limited effective treatment options available. Conditions such as
Alzheimer's disease and frontotemporal dementia (FTD) involve complex pathological
mechanisms, often linked to the abnormal accumulation or aggregation of specific
proteins in the brain. ASOs, capable of modulating protein production at the genetic
level, are considered a promising modality to address the root causes of these diseases.
However, efficient ASO delivery across the BBB into the brain has been a significant
challenge. Denali's TransportVehicle platform offers a crucial technological innovation to
overcome this barrier.



Strategic Significance & Outlook

The results of the initial Phase 1b biomarker data for DNL628 will provide critical insights
into the progress of tau-targeting ASO therapies. If the TransportVehicle platform
demonstrates its ability to enhance ASO efficacy for neurodegenerative diseases, this
technology could establish a new standard for drug delivery in brain disorders. The
Orphan Drug Designation for DNL593 is expected to accelerate patient access to
treatment for GRN FTD and potentially lead to an expansion of Denali's pipeline for
other rare neurodegenerative conditions. The advancement of Denali Therapeutics' ASO
programs is anticipated to play a pivotal role in shaping the future of gene therapy and
precision medicine in neuroscience.

Source: https://seekingalpha.com/article/4936158-denali-therapeutics-avlayah-converts-a-platform-story-

into-a-commercial-one
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#22 Gilead Report Highlights RNA Therapeutic
Progress: GSK/Ionis HBV ASO Shows Positive Phase 3,
Novartis FSHD siRNA Promising Early Data

OVERVIEW

A Gilead report underscores significant advancements in RNA therapeutic clinical

trials, with GSK/Ionis's beoprovirsen, an ASO targeting HBV, demonstrating positive

Phase 3 results. Novartis's siRNA therapy, Delbra, for facioscapulohumeral muscular

dystrophy (FSHD), also shows promising early-stage data. However, the Phase 3
results for Novartis/Ionis's Lp(a)-targeting ASO, Pelaren, have been delayed. These

developments highlight the high expectations placed on RNA therapeutics across

various disease areas, but also the challenges in their late-stage development.
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IN DEPTH

Key Findings

Gilead's latest report has highlighted notable advancements in RNA therapeutic clinical
trials. Beoprovirsen, an antisense oligonucleotide (ASO) targeting hepatitis B virus (HBV),
co-developed by GSK and Ionis, is reported to have achieved positive results in its Phase
3 trials. Additionally, Novartis's siRNA therapy, Delbra, for facioscapulohumeral muscular
dystrophy (FSHD), has shown promising early-stage data. Conversely, a delay has
occurred in the Phase 3 trial results for Pelaren, an Lp(a)-targeting ASO developed
through a partnership between Novartis and Ionis. This information illuminates both the
progress and challenges within RNA therapeutics development.

Technical / Clinical Details

Beoprovirsen is an ASO designed to suppress HBV gene expression, thereby inhibiting
viral replication and aiming for a functional cure for hepatitis B. The positive Phase 3
results suggest long-term viral control and clinical efficacy for patients with chronic HBV
infection, potentially offering a new option for existing treatments. Delbra aims to halt
disease progression in FSHD by silencing the abnormal expression of the DUX4 gene,
which is the causative gene for FSHD, using siRNA technology. Early-stage data indicate
the potential of RNAi technology for rare genetic disorders like FSHD, with further
clinical development anticipated. Pelaren is an ASO designed to lower levels of
lipoprotein(a) [Lp(a)], a cardiovascular disease risk factor; the delay in Phase 3 results
suggests unforeseen complexities in clinical development.

Background & Context

RNA therapeutics have become a major focus in the pharmaceutical industry since their
rapid development capability and efficacy were widely recognized with the success of
mRNA vaccines during the COVID-19 pandemic. ASOs and siRNAs, capable of targeting
specific gene expression to address the root causes of diseases, hold the potential to
deliver groundbreaking therapies across a wide range of disease areas, including genetic
disorders, infectious diseases, and cardiovascular conditions. The fact that a major
pharmaceutical company like Gilead references the progress of these RNA therapeutics
in its strategic report underscores the strategic importance of this modality for the entire
industry.



Strategic Significance & Outlook

The positive Phase 3 results for beoprovirsen represent a significant advance in the
treatment of chronic hepatitis B, offering new hope to many patients if approved and
launched. Delbra's early success in FSHD expands the potential application of RNAi
technology for rare genetic muscle diseases. The delay for Pelaren is unfortunate, but
lowering Lp(a) remains crucial for reducing cardiovascular disease risk, and results are
highly anticipated. Overall, RNA therapeutics, with their precise targeting capabilities and
diverse mechanisms of action, are expected to continue active research and
development as a leading class of next-generation therapies addressing unmet medical
needs. These clinical outcomes will significantly influence the market introduction and
widespread adoption of RNA-based medicines globally.

Source: https://thebioreport.com/articles/how-gilead-is-building-durable-oncology-and-immunology-

franchises/
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#23 Ractigen Therapeutics Completes Phase II
Enrollment for SOD1-ALS siRNA RAG-17; LiCO Therapy
RAG-18 for DMD Receives Rare Pediatric Disease
Designation

OVERVIEW

Ractigen Therapeutics announced the completion of patient enrollment and first

dosing in its Phase II clinical trial for RAG-17, an investigational siRNA therapy for

SOD1-mutated amyotrophic lateral sclerosis (ALS). Concurrently, its subcutaneous

lipid-conjugated oligonucleotide (LiCO) therapy, RAG-18, for Duchenne muscular

dystrophy (DMD) received Rare Pediatric Disease Designation from the U.S. FDA.

These advancements highlight Ractigen's accelerated development of RNA-based

therapies for debilitating neuromuscular diseases, offering new hope to patients.

Published August 07, 2026  Facebook  China



IN DEPTH

Key Findings

Ractigen Therapeutics has announced the successful completion of patient enrollment
and initial dosing in its Phase II clinical trial for RAG-17, an investigational siRNA therapy
aimed at treating SOD1-mutated amyotrophic lateral sclerosis (ALS). In parallel, the
company's subcutaneous lipid-conjugated oligonucleotide (LiCO) therapy, RAG-18, for
Duchenne muscular dystrophy (DMD), has received Rare Pediatric Disease Designation
from the U.S. Food and Drug Administration (FDA). These milestones underscore
Ractigen's accelerated efforts in developing RNA-based therapeutics for high-unmet-
need neuromuscular diseases.

Technical / Clinical Details

RAG-17 is an siRNA designed to suppress the production of abnormal SOD1 protein,
which is caused by mutations in the SOD1 gene. SOD1 mutations account for
approximately 20% of ALS cases and are believed to be directly involved in disease
progression. As siRNA silences gene expression by degrading target mRNA, it holds the
potential to intervene in the root cause of the disease. The completion of Phase II
enrollment indicates that further data on the drug's safety and preliminary efficacy are
anticipated. RAG-18 is a novel LiCO therapy for DMD, offering the advantage of
subcutaneous administration compared to existing antisense oligonucleotide (ASO)
therapies. The Rare Pediatric Disease Designation provides FDA incentives to foster the
development of therapies for rare pediatric diseases, potentially including expedited
review and eligibility for a priority review voucher.

Background & Context

Amyotrophic lateral sclerosis (ALS) and Duchenne muscular dystrophy (DMD) are both
progressive neuromuscular disorders with no current curative treatments and extremely
high unmet medical needs. RNA-based therapeutics, particularly siRNAs and ASOs, are
drawing attention as promising therapeutic modalities due to their ability to address the
genetic causes of these intractable diseases at the molecular level. The development of
specialized RNA therapies for these conditions by biotech companies like Ractigen offers
significant hope to patients and their families. The potential for subcutaneous
administration offered by LiCO technology is particularly important for enhancing patient
convenience and reducing the burden of treatment.



Strategic Significance & Outlook

The Phase II results for RAG-17 will be crucial in clarifying the efficacy and safety profile
of siRNA therapy in SOD1-ALS treatment. Furthermore, the Rare Pediatric Disease
Designation for RAG-18 is expected to accelerate patient access for DMD and boost its
clinical development. These advancements from Ractigen Therapeutics suggest that
RNA-based technologies could revolutionize the treatment of neuromuscular diseases
that have been difficult to address. Should these programs succeed in clinical trials, they
will not only provide new treatment options to patients but also stimulate further
development of RNA therapies for other neurodegenerative and genetic disorders.
Ractigen's innovations are anticipated to play a significant role in shaping the future of
treating rare and challenging diseases.

Source: https://www.facebook.com/groups/2688029951255361/posts/28182544668043872/
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#24 FDA Grants Accelerated Approval to Replimune's
Onco-Viral Therapy Tudriqev in Combination with
Nivolumab for Advanced Melanoma, Offering New
Treatment Option

OVERVIEW

The U.S. FDA granted accelerated approval to Replimune, Inc.'s oncolytic viral therapy

Tudriqev (vusolimogene oderparepvec-wtpg) in combination with nivolumab for

adult patients with advanced cutaneous melanoma who progressed on PD-1

inhibitor-based therapy. Tudriqev, also holding Breakthrough Therapy and Priority

Review designations, demonstrated objective responses with an approximate 14-

month duration of response in treatment-resistant patients. This approval provides a

crucial new therapeutic option for patients with difficult-to-treat advanced melanoma.

Published August 06, 2026  U.S. Food and Drug Administration  USA
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Key Findings

The U.S. Food and Drug Administration (FDA) has granted accelerated approval to
Replimune's genetically modified oncolytic viral therapy, Tudriqev (vusolimogene
oderparepvec-wtpg), in combination with nivolumab, for adult patients with advanced
cutaneous melanoma whose disease progressed after PD-1 inhibitor-based therapy.
Tudriqev also received Breakthrough Therapy and Priority Review designations. The
combination therapy was recognized for achieving objective responses with a duration
of response of approximately 14 months in treatment-resistant patients. This marks a
groundbreaking therapeutic option for patients with challenging advanced melanoma,
addressing a significant unmet medical need.

Technical / Clinical Details

Tudriqev is a herpes simplex virus type 1 (HSV-1)-based oncolytic virus genetically
modified to replicate within tumor cells and express immune-stimulating proteins. This
virus is designed to specifically lyse tumor cells while simultaneously activating an anti-
tumor immune response. Nivolumab, a PD-1 inhibiting antibody, is expected to
synergistically enhance the anti-tumor effect by releasing immune suppression in the
tumor microenvironment when combined with Tudriqev. Clinical trials confirmed an
objective response rate (ORR) in a patient population resistant to PD-1 inhibitors, with a
median duration of response (DoR) of approximately 14 months. The safety profile was
manageable, offering new hope for patients for whom traditional treatments have been
challenging.

Background & Context

Melanoma is the most lethal type of skin cancer, and advanced forms often carry a poor
prognosis. While immune checkpoint inhibitors, such as PD-1 inhibitors, have become
central to treatment in recent years, a subset of patients exhibits resistance, necessitating
urgent new therapeutic options. Oncolytic viral therapies, with their dual mechanism of
directly destroying tumor cells and inducing systemic anti-tumor immunity, have shown
great promise in combination with immune checkpoint inhibitors. This accelerated
approval by the FDA represents a significant advancement in the therapeutic strategy for
this field, showcasing the potential for novel combination approaches.



Strategic Significance & Outlook

The accelerated approval of Tudriqev in combination with nivolumab has the potential to
improve survival and quality of life for patients with treatment-resistant advanced
melanoma. As an accelerated approval, further confirmatory trials will be required, but
this success is expected to accelerate further research and development of combination
therapies involving oncolytic viruses and immune checkpoint inhibitors. The potential
application of this approach to other solid tumors is also being explored. Tudriqev's
Breakthrough Therapy designation indicates its high potential therapeutic benefit, with
expectations for its inclusion in future treatment guidelines and broader patient access,
thereby transforming the landscape of advanced cancer care.

Source: https://www.fda.gov/news-events/press-announcements/fda-approves-new-engineered-viral-

immunotherapy-patients-treatment-resistant-advanced-melanoma
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#25 BMS's First CELMoD Therapy ZENBEXUS™ Receives
Accelerated FDA Approval in Combination with
Daratumumab for Multiple Myeloma, Including Early
Relapse Patients

OVERVIEW

The U.S. FDA granted accelerated approval to Bristol Myers Squibb's first Cereblon E3

ligase modulator (CELMoD) therapy, ZENBEXUS™ (iberdomide), in combination with

daratumumab, hyaluronidase-fihj, and dexamethasone (ZDd), for adult patients with

multiple myeloma, including those in early first relapse. ZENBEXUS, which also holds

Breakthrough Therapy Designation, was evaluated for efficacy based on the minimal

residual disease (MRD)-negative complete response (CR) rate in the Phase 3

EXCALIBER-RRMM study. This represents a groundbreaking advance in the treatment

paradigm for multiple myeloma, offering new hope for deep and durable responses.

Published August 13, 2026  Bristol Myers Squibb  USA



IN DEPTH

Key Findings

The U.S. Food and Drug Administration (FDA) has granted accelerated approval to Bristol
Myers Squibb's (BMS) first Cereblon E3 ligase modulator (CELMoD) therapy, ZENBEXUS™
(iberdomide), in combination with daratumumab, hyaluronidase-fihj, and
dexamethasone (ZDd). This approval targets adult patients with multiple myeloma,
particularly those experiencing early relapse after initial treatment. ZENBEXUS has also
received Breakthrough Therapy Designation, acknowledging its innovative potential. This
marks a significant advancement in expanding treatment options for relapsed/refractory
multiple myeloma, providing a new class of oral therapy to this challenging patient
population.

Technical / Clinical Details

ZENBEXUS (iberdomide) is a small molecule drug that targets the Cereblon (CRBN) E3
ligase, promoting the degradation of specific proteins. In multiple myeloma treatment,
this mechanism is expected to inhibit cancer cell proliferation and induce apoptosis. The
combination therapy with daratumumab (a CD38-targeting antibody) and
dexamethasone (a steroid) leverages established standard approaches in multiple
myeloma treatment, creating synergistic anti-tumor effects. This accelerated approval
was based on the minimal residual disease (MRD)-negative complete response (CR) rate,
a surrogate endpoint from the Phase 3 EXCALIBER-RRMM study. An MRD-negative CR
indicates a deep remission of the disease and is strongly associated with improved long-
term outcomes for patients.

Background & Context

Multiple myeloma is an intractable blood cancer characterized by the recurrent relapse
of plasma cell cancer. Despite advancements in therapeutic options, many patients
eventually develop treatment resistance, necessitating a continuous need for new
therapeutic alternatives. Providing effective treatments in earlier relapse stages is
particularly crucial for improving patient prognosis. CELMoD drugs offer a new
therapeutic strategy against multiple myeloma cells with a distinct mechanism of action
compared to conventional immunomodulatory drugs (IMiDs). The review under the
FDA's Project Orbis initiative reflects international regulatory collaboration aimed at
rapidly delivering innovative cancer treatments to patients worldwide.



Strategic Significance & Outlook

The accelerated approval of ZENBEXUS holds profound significance for patients with
multiple myeloma, especially those in early relapse. This drug is expected to offer new
hope to patients who are resistant to existing therapies or those striving for deeper
remissions. As an accelerated approval, BMS is required to provide results from
confirmatory trials, which will validate the long-term clinical benefits. The success of this
CELMoD therapy could further accelerate the development of targeted protein
degraders in other hematological cancers and solid tumors. Moving forward, the
inclusion of ZENBEXUS in multiple myeloma treatment guidelines is anticipated to allow
more patients to benefit from this innovative therapeutic approach, potentially altering
the treatment landscape and improving global patient outcomes.

Source: https://news.bms.com/news/corporate-financial/2026/U-S--FDA-Grants-Accelerated-Approval-to-
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#26 CHMP Recommends Approval of Incyte's JAK
Inhibitor Opzelura Cream for Adults with Moderate
Atopic Dermatitis, Demonstrating Rapid Symptom
Improvement

OVERVIEW

The European Medicines Agency's (EMA) CHMP has issued a positive opinion for

Incyte's Opzelura (ruxolitinib) cream, recommending its approval for adult patients

with moderate atopic dermatitis unresponsive to standard topical therapies. This

topical JAK inhibitor demonstrated rapid efficacy in Phase 3 trials, significantly

improving clinical signs and symptoms, including intense itching, as early as two days

post-administration. The recommendation paves the way for a promising new

therapeutic option that could transform the management of this chronic

inflammatory skin condition.

Published Published August 10, 2026  Medical Update Online  ヨーロッパ
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Background and Regulatory Milestone

The European Medicines Agency's (EMA) Committee for Medicinal Products for Human
Use (CHMP) has issued a positive opinion, recommending the approval of Incyte’s
Opzelura (ruxolitinib) cream for adults suffering from moderate atopic dermatitis (AD).
This pivotal recommendation addresses a significant unmet need for patients whose
condition is inadequately managed by or who are intolerant to conventional topical
corticosteroids and calcineurin inhibitors.

Atopic dermatitis is a pervasive, chronic inflammatory skin condition impacting millions
globally, characterized by relentless pruritus, xerosis, and eczematous lesions. A
substantial number of patients with moderate to severe AD struggle to achieve adequate
symptomatic control with existing topical therapies and often face the prospect of
systemic treatments, which can present considerable side effect profiles. The emergence
of Opzelura, a topical therapy combining high efficacy with notably lower systemic
exposure compared to oral JAK inhibitors, has been eagerly anticipated as a targeted, yet
safer, intervention. This positive CHMP opinion heralds a new era of hope, particularly for
those who have found current topical treatments insufficient.

Mechanism and Clinical Efficacy

Opzelura cream is formulated with ruxolitinib, a selective Janus kinase (JAK) 1 and JAK2
inhibitor. The JAK-STAT signaling pathway is a central regulator in the pathophysiology
of atopic dermatitis, acting as a crucial mediator for the transmission of various
inflammatory cytokines. By selectively inhibiting this pathway, ruxolitinib effectively
attenuates skin inflammation and alleviates pruritus, addressing the root causes of AD
symptoms.



The efficacy and safety of Opzelura cream were rigorously evaluated in the Phase 3
TRuE-AD4 study, a large-scale clinical trial that successfully met its primary endpoints.
The study demonstrated significant improvements in key clinical measures, including
EASI (Eczema Area and Severity Index) scores, alongside a rapid and significant reduction
in itching intensity. Notably, patients experienced noticeable improvement in clinical
signs and symptoms, including pruritus, as early as Day 2 of administration. This swift
therapeutic response is particularly significant, as rapid symptom relief directly
contributes to a substantial enhancement in patients' quality of life, offering a tangible
benefit beyond mere symptom management.

Strategic Significance and Market Outlook

The positive opinion from the CHMP represents a critical regulatory milestone, paving
the way for Opzelura cream's potential approval and subsequent market introduction
across the European Union. Should it receive final authorization, Opzelura is poised to
become a cornerstone therapeutic option for adult patients with moderate atopic
dermatitis, addressing a long-standing need for effective, non-steroidal topical
treatments.

Beyond its immediate impact on AD, the success of topical ruxolitinib may catalyze
further research and development into the topical application of JAK inhibitors for a
broader spectrum of inflammatory dermatological conditions. Opzelura's distinct
advantages—its rapid onset of action and profound potential for improving patient
quality of life—are expected to fundamentally reshape the treatment paradigm for
atopic dermatitis, significantly mitigating the disease burden on patients. The
dermatological community now keenly awaits the final approval processes and the
subsequent market launch in the EU, anticipating a transformative impact on patient
care.

Source: https://medicalupdateonline.com/2026/08/chmp-recommends-approval-of-opzelura-cream-for-
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#27 AI-Enabled Assay Discovers 31 Anti-Aging
Compounds from 2,782 FDA-Approved Drugs,
Extending C. elegans Lifespan

OVERVIEW

A bioRxiv preprint describes an open-source AI-enabled screening platform using C.

elegans to rapidly identify geroprotective drugs. The platform screened 2,782 FDA-

approved compounds, identifying 31 agents that reproducibly increased heat stress

resistance. These compounds extended the lifespan of nematodes and demonstrated
anti-aging activity in human cells, opening new avenues for anti-aging drug discovery

by leveraging existing pharmacopeia with advanced AI screening.

Published August 11, 2026  bioRxiv  International
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Key Findings

This research, published as a bioRxiv preprint, reports the development of an open-
source AI-enabled screening platform for the rapid identification of geroprotectors—
drugs that delay aging—using C. elegans (nematodes). This innovative platform
efficiently screened 2,782 FDA-approved drugs, successfully identifying 31 compounds
that reproducibly increased heat stress resistance. These identified compounds were
confirmed to extend the lifespan of nematodes and exhibit anti-aging activity in human
cells, thus presenting new possibilities for anti-aging drug discovery and repurposing.

Technical / Clinical Details

The developed AI-enabled screening platform integrates a high-throughput assay that
measures heat stress resistance in C. elegans with AI-driven image analysis and data
analytics. Heat stress resistance is a widely recognized biomarker closely associated with
an organism's lifespan and aging processes. The AI automatically extracts parameters
such as nematode survival rate and motility from complex image data, evaluating the
geroprotective activity of compounds objectively and with high sensitivity. This capability
allows for the efficient evaluation of thousands of compound libraries in a short period
compared to traditional screening methods. The 31 identified compounds not only
extended lifespan in C. elegans but also demonstrated suppression of cellular
senescence markers (e.g., SA-β-gal activity, p16INK4a expression) in human cell culture
systems, indicating the broad applicability of their anti-aging effects.

Background & Context

Aging is a major risk factor for many prominent diseases, including cancer,
neurodegenerative disorders, and cardiovascular diseases. The discovery of
geroprotectors that target aging mechanisms is expected to significantly contribute to
extending healthy lifespans and preventing diseases. However, screening for
geroprotectors traditionally involves directly measuring lifespan, a process that is both
time-consuming and costly. Advances in AI technology are overcoming this challenge,
enabling more rapid and efficient drug discovery. Screening FDA-approved drugs
explores the potential for new applications of existing medications (drug repositioning),
leading to shortened development times and increased success rates.



Strategic Significance & Outlook

This open-source AI-enabled screening platform will serve as a powerful tool to
accelerate the discovery of geroprotectors. The 31 identified compounds could advance
into more detailed mechanistic studies and clinical development as lead candidates for
new anti-aging therapies. Furthermore, the platform itself can enhance drug discovery
efficiency through its application to other model organisms and drug libraries. In the
future, AI is expected to further integrate aging research and drug discovery,
accelerating the development of new therapies that contribute to extending healthy
lifespans. This technology also holds the potential to influence the development of
personalized anti-aging strategies, offering a tailored approach to healthy longevity.

Source: https://www.biorxiv.org/content/10.64898/2026.08.10.743574v1
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#28 EU Approves Oral BTK Inhibitor Tolebrutinib for
Nonrelapsing Secondary Progressive MS, First
Disability-Targeting Therapy for Indication

OVERVIEW

The European Commission has approved Sanofi's oral, brain-penetrant Bruton's

tyrosine kinase (BTK) inhibitor, tolebrutinib (Cenrifki), for nonrelapsing secondary

progressive multiple sclerosis (SPMS). This approval, based on Phase 3 HERCULES

study results, marks the first therapy specifically designed to target disease
progression and disability in this patient population, addressing a critical unmet

medical need.

Published Published August 12, 2026  NeurologyLive  ヨーロッパ
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Background

Multiple sclerosis (MS) is a chronic, inflammatory autoimmune disease affecting the
central nervous system (CNS). Approximately half of all MS patients eventually progress
to secondary progressive MS (SPMS), a form characterized by continuous neurological
decline independent of relapses. For individuals with 'nonrelapsing' SPMS, therapeutic
options specifically targeting disease progression have historically been severely limited.
The recent approval of tolebrutinib addresses this significant unmet medical need,
providing an effective oral treatment that marks a pivotal advancement in the MS
treatment paradigm and reinforces the emerging role of BTK inhibitors in this complex
disease.

Key Findings

The European Commission has granted formal approval for tolebrutinib (brand name:
Cenrifki), an oral, brain-penetrant Bruton's tyrosine kinase (BTK) inhibitor developed by
Sanofi. This approval is specifically for the treatment of nonrelapsing secondary
progressive multiple sclerosis (SPMS), following a positive opinion from the European
Medicines Agency's (EMA) Committee for Medicinal Products for Human Use (CHMP) in
April 2026. This landmark decision is supported by robust efficacy and safety data from
the Phase 3 HERCULES study. Tolebrutinib is notable as the first therapy expressly
designed to target disease progression in this challenging indication, signifying a major
breakthrough for patients facing significant unmet medical needs.



Technical / Clinical Details

Tolebrutinib operates as a small molecule, reversible inhibitor of Bruton's tyrosine kinase
(BTK). BTK is an enzyme critical to various cellular processes, including B-cell activation,
differentiation, and proliferation, as well as microglial activation – all pathways deeply
implicated in the pathophysiology of multiple sclerosis. Its brain-penetrant properties are
key; tolebrutinib is designed to cross the blood-brain barrier (BBB) and directly engage
with targets within the central nervous system (CNS). This mechanism aims to suppress
brain inflammation and, consequently, slow neurodegeneration and overall disease
progression. The pivotal Phase 3 HERCULES study validated this approach,
demonstrating a statistically significant effect of tolebrutinib in slowing disease
progression in nonrelapsing SPMS patients compared to placebo. Key outcomes
included observed delays in disability progression and reductions in brain atrophy,
alongside a manageable safety profile. This success highlights the critical importance and
potential of CNS-penetrant therapeutics for complex neurological conditions.

Strategic Significance & Outlook

The European approval of tolebrutinib is poised to significantly enhance the quality of
life for patients with nonrelapsing SPMS by potentially slowing the long-term
progression of disability. This regulatory milestone is expected to catalyze further
research into BTK inhibitors for other progressive MS subtypes, as well as broader
inflammatory and neurodegenerative conditions of the CNS. Sanofi has indicated plans
for a global rollout, with anticipated approval processes in other key regions being
closely monitored. Should tolebrutinib become a new standard of care in MS treatment,
it will undoubtedly intensify competition within the pharmaceutical landscape for BTK
inhibitors, potentially spurring the development of even more advanced and innovative
therapeutic solutions. Ultimately, this breakthrough promises improved outcomes for a
critically vulnerable patient population.

Source: https://www.neurologylive.com/view/tolebrutinib-approved-eu-nonrelapsing-secondary-
progressive-ms-marking-first-disability-targeting-therapy-indication
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#29 FDA Grants Accelerated Approval for Oncoytic
Virus Tudriqev + Nivolumab in Unresectable Advanced
Melanoma

OVERVIEW

The U.S. FDA has granted accelerated approval to Tudriqev (vusolimogene

oderparepvec-wtpg), a genetically modified oncolytic virus therapy, in combination

with nivolumab for the treatment of unresectable advanced cutaneous melanoma.

This innovative combination therapy offers a crucial new option for patients with
limited alternatives, leveraging a dual mechanism of direct tumor lysis and immune

activation. The decision underscores the potential of synergistic immunotherapeutic

strategies for severe cancers.

Published August 06, 2026  Drugs.com  USA
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Key Findings

The U.S. Food and Drug Administration (FDA) on August 6, 2026, granted accelerated
approval to the combination of Tudriqev (vusolimogene oderparepvec-wtpg), a
genetically modified oncolytic virus therapy, and the checkpoint inhibitor nivolumab for
adults with unresectable advanced cutaneous melanoma. This landmark decision
provides a significant new therapeutic avenue for patients who have limited treatment
options or have progressed on prior therapies.

Technical / Clinical Details

Tudriqev is engineered to selectively replicate within and lyse tumor cells, thereby
releasing tumor-associated antigens and activating the patient's immune system. When
combined with nivolumab, an anti-PD-1 antibody that blocks a pathway allowing cancer
cells to evade immune detection, this dual-pronged approach aims to significantly
amplify the anti-tumor immune response. The accelerated approval is supported by
promising clinical trial data demonstrating a favorable risk-benefit profile in the target
patient population. The FDA's accelerated approval pathway allows for earlier patient
access to therapies for serious conditions where there is an unmet medical need and the
drug demonstrates a significant advantage over existing treatments.

Background & Context

Melanoma is the most aggressive form of skin cancer, and advanced, unresectable cases
often carry a poor prognosis. Despite advancements in immunotherapy, a substantial
number of patients do not respond to or develop resistance to current treatments. The
combination of an oncolytic virus with a checkpoint inhibitor represents a strategic
evolution in cancer immunotherapy, aiming to overcome resistance mechanisms and
achieve deeper, more durable responses by both directly attacking the tumor and
enhancing systemic anti-tumor immunity.



Strategic Significance & Outlook

This accelerated approval enables immediate patient access to the Tudriqev-nivolumab
combination therapy. As a condition of accelerated approval, post-marketing studies are
required to verify and describe the clinical benefit. This approval validates the potential
of oncolytic viruses to synergize with immune checkpoint inhibitors, potentially paving
the way for similar combination strategies in other difficult-to-treat solid tumors. It also
highlights the growing importance of multi-modal approaches in oncology to improve
patient outcomes.

Source: https://www.fda.gov/drugs/resources-information-approved-drugs/fda-grants-accelerated-

approval-vusolimogene-oderparepvec-wtpg-combination-nivolumab-melanoma
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#30 FDA Grants Accelerated Approval to BMS's
CELMoD Zenbexus in Quadruple Therapy for
Relapsed/Refractory Multiple Myeloma

OVERVIEW

The U.S. FDA has granted accelerated approval to Bristol Myers Squibb's cereblon E3

ligase modulating agent (CELMoD) Zenbexus (iberdomide) in combination with

daratumumab, hyaluronidase-fihj, and dexamethasone for adults with

relapsed/refractory multiple myeloma who have received at least one prior
proteasome inhibitor and an immunomodulatory agent. This quadruple therapy offers

a new, promising option for patients with limited treatment alternatives,

demonstrating significant clinical benefit by inducing targeted protein degradation.

Published August 13, 2026  Drugs.com, FDA.gov  USA



IN DEPTH

Key Findings

On August 13, 2026, the U.S. Food and Drug Administration (FDA) granted accelerated
approval to a quadruple combination therapy featuring Bristol Myers Squibb's (BMS)
cereblon E3 ligase modulating agent (CELMoD) Zenbexus (iberdomide). This regimen,
which also includes daratumumab, hyaluronidase-fihj, and dexamethasone, is approved
for adult patients with relapsed or refractory multiple myeloma who have previously
received at least one proteasome inhibitor and one immunomodulatory agent. This
approval marks a significant advancement in treating a challenging patient population.

Technical / Clinical Details

Zenbexus is a novel small molecule drug that operates through a targeted protein
degradation (TPD) mechanism. It modulates the cereblon (CRBN) E3 ubiquitin ligase
complex, leading to the degradation of specific proteins essential for multiple myeloma
cell survival and proliferation. Clinical trials supporting this accelerated approval
indicated a high response rate and a favorable safety profile in the pre-treated patient
cohort, suggesting a meaningful clinical benefit for those resistant to existing therapies.
This mechanism offers a distinct advantage over traditional immunomodulatory drugs
(IMiDs) by providing a different protein degradation profile, potentially overcoming
established resistance pathways.

Background & Context

Multiple myeloma is an incurable hematologic malignancy characterized by recurrent
relapses and the development of resistance to therapies. There remains a critical need
for new treatment options for patients whose disease has progressed despite multiple
lines of therapy. CELMoDs like Zenbexus represent a new generation of IMiDs, designed
to induce the degradation of specific proteins, offering a novel strategy to combat drug
resistance and improve outcomes in this difficult-to-treat cancer. This approval
underscores the increasing importance of TPD in oncology and the diversification of
therapeutic approaches for hematological malignancies.



Strategic Significance & Outlook

The accelerated approval of Zenbexus is expected to significantly impact the treatment
landscape for relapsed/refractory multiple myeloma, offering patients access to a
powerful new regimen that can induce deeper and more durable responses. As per the
accelerated approval pathway, BMS is obligated to conduct further confirmatory trials to
verify the clinical benefit. The successful introduction of Zenbexus is anticipated to not
only improve patient prognosis but also spur further research and development of TPD-
inducing agents for other hematological and solid tumor indications, solidifying this
modality's role in future cancer treatment.

Source: https://www.fda.gov/drugs/resources-information-approved-drugs/fda-grants-accelerated-

approval-iberdomide-daratumumab-and-hyaluronidase-fihj-and-dexamethasone
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#31 Exosome Therapeutics Advancing in
Neurodegenerative and Oncology Fields, Eyeing Blood-
Brain Barrier Penetration

OVERVIEW

Exosome therapeutics are showing significant promise in 2026, particularly for

neurodegenerative diseases due to their unique ability to cross the blood-brain

barrier, with clinical development also progressing in oncology and wound healing.

Although no FDA-approved exosome products currently exist, ongoing clinical trials
are evaluating their safety and efficacy across various indications. These natural

nanocarriers are poised to revolutionize drug delivery by offering high

biocompatibility and low immunogenicity.

Published August 07, 2026  BioInformant  Global



IN DEPTH

Key Findings

As of 2026, exosome therapeutics are garnering significant attention for their potential
as innovative treatments across a spectrum of diseases, largely due to their remarkable
ability to traverse the blood-brain barrier (BBB). Clinical development is actively
progressing in diverse fields such as oncology, neurodegenerative disorders, and wound
healing, demonstrating the capacity of exosomes to deliver therapeutic payloads to
previously inaccessible targets.

Technical / Clinical Details

Exosomes are nanoscale extracellular vesicles, naturally secreted by cells, encapsulating a
diverse cargo of biomolecules including proteins, lipids, and nucleic acids. These vesicles
serve as natural mediators of intercellular communication, offering advantages such as
high biocompatibility, low immunogenicity, and inherent targeting capabilities. Critically,
their capacity for non-invasive passage across the BBB presents a paradigm shift for
central nervous system disorders like Alzheimer's and Parkinson's diseases, which have
long been hampered by delivery challenges. While no therapeutic exosome products
have yet received FDA approval, ongoing clinical trials are exploring their use as drug
delivery systems (DDS) for anti-cancer agents and as carriers for disease-modifying RNA
or proteins in neurodegenerative contexts.

Background & Context

The BBB has historically represented a formidable obstacle for drug developers, severely
limiting the efficacy of many small molecule drugs and biologics targeting brain
diseases. Exosomes, as endogenous nanoparticles, offer a natural solution to this
challenge, promising efficient and targeted delivery to brain tissues. Beyond neurological
applications, exosomes are also being investigated for their role in targeted drug delivery
in cancer and as promoters of cellular repair in regenerative medicine, broadening their
potential impact across healthcare.



Strategic Significance & Outlook

Despite being in an early stage of development, the unique biological characteristics and
high DDS potential of exosome therapeutics are rapidly escalating their prominence in
drug discovery. As clinical trials mature and more safety and efficacy data become
available, FDA approvals for exosome-based products are a plausible near-future reality.
Key challenges for commercialization include establishing scalable and consistent
manufacturing processes and enhancing exosome engineering to achieve highly specific
tissue and cellular targeting, which will be crucial for unlocking their full therapeutic
potential.

Source: #

Collected: August 14, 2026 | Automated Research System (Gemini API)



#32 AI Generative Biology Transforms Drug Discovery:
Multiple AI-Designed Drugs Enter Clinics, One in Late-
Stage Development

OVERVIEW

AI-driven generative biology is rapidly transitioning from laboratory promise to

human clinical trials, fundamentally reshaping the drug discovery paradigm. At the

AI4 2026 conference, biotech leaders highlighted that several AI-designed

therapeutics, including proteins, small molecules, and functional DNA, have entered
clinical development, with one program already in late-stage trials. This milestone

signifies AI's critical role in significantly compressing drug discovery timelines and

creating diverse therapeutic modalities.

Published August 12, 2026  SynBioBeta  USA



IN DEPTH

Key Findings

Generative biology, powered by artificial intelligence, is making rapid strides in drug
discovery, moving decisively from proof-of-concept in laboratories to human clinical
trials. At the AI4 2026 conference, biotechnology leaders announced that multiple AI-
designed drug candidates have entered clinical development, with one program notably
advancing into late-stage trials. This progress unequivocally demonstrates that AI's role
in drug development now extends beyond mere support, actively leading molecular
design and clinical application.

Technical / Clinical Details

Generative biology employs AI algorithms and machine learning models to design novel
proteins, small molecule drugs, and even functional DNA sequences from scratch,
optimized for specific biological functions. Traditional drug discovery methods involve
extensive screening and optimization of vast chemical libraries, a process that is both
time-consuming and costly. In contrast, generative AI efficiently predicts and creates
optimal drug candidates based on target structural information and disease mechanisms.
The presentations at AI4 2026 confirmed that these AI-designed therapeutics have
shown promising results in both in vitro and in vivo studies, alongside acceptable toxicity
profiles, facilitating their progression to human trials. The late-stage program is
anticipated to deliver transformative therapeutic effects for a specific disease area.

Background & Context

Drug discovery has historically been plagued by high costs, protracted timelines, and low
success rates. The integration of AI has long been anticipated as a crucial means to
overcome these challenges. Generative biology is now demonstrating its true value,
particularly in identifying "druggable" targets and developing novel modalities for
targets previously considered intractable. This advancement into clinical development
underscores that AI drug discovery is no longer a mere buzzword but a maturing
technology delivering concrete results for the entire industry.



Strategic Significance & Outlook

The success of AI-driven generative biology in clinical development holds the potential
to dramatically shorten drug development timelines and reduce costs. This is expected to
lead to a proliferation of new treatment options for previously unmet medical needs. As
AI models become more sophisticated and biological datasets expand, it will enable the
design of drugs for more complex disease mechanisms and highly precise therapeutics
for personalized medicine. This technology is poised to fundamentally reshape the
competitive landscape of the biopharmaceutical industry, driving a new wave of
innovation.

Source: https://www.synbiobeta.com/read/generative-biology-is-rewriting-the-rules-of-drug-discovery
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#33 Researchers Uncover Key Cellular Uptake Pathway
for Antisense Therapies, Paving Way for Enhanced
Efficacy

OVERVIEW

Researchers have made a significant discovery, identifying the crucial intracellular

uptake pathway for antisense oligonucleotides (ASOs), a therapeutic approach to halt

aberrant protein production in various diseases, including cancer. This breakthrough

illuminates the precise mechanism by which ASOs efficiently enter cells and reach
their targets, opening new avenues for designing advanced drug delivery systems

that could dramatically improve the efficacy and safety of antisense therapies by

reducing off-target effects and maximizing therapeutic impact.

Published August 12, 2026  ecancer  Global



IN DEPTH

Key Findings

A team of researchers has, for the first time, elucidated the primary pathway responsible
for the intracellular uptake and therapeutic target engagement of antisense
oligonucleotides (ASOs). This groundbreaking discovery holds immense potential to
revolutionize the design and significantly enhance the efficacy of antisense therapies,
which aim to halt the production of abnormal proteins implicated in various diseases,
including cancer.

Technical / Clinical Details

Antisense oligonucleotides are a class of nucleic acid drugs that inhibit gene expression
by binding complementarily to specific messenger RNA (mRNA) sequences, thereby
preventing the production of disease-causing proteins. A long-standing challenge in
ASO development has been ensuring their efficient passage across the cell membrane to
reach their intracellular targets within the cytoplasm or nucleus. The current research
identified a specific endocytic pathway critical for ASO internalization, detailing its
molecular mechanics. Understanding this mechanism enables the rational design of new
modifications and delivery systems to improve ASO cellular uptake efficiency. Strategies
could include enhancing interaction with specific receptors or implementing designs that
protect ASOs from degradation within the cell, leading to higher effective concentrations
at the target site.

Background & Context

Nucleic acid therapeutics, particularly ASOs, are drawing considerable attention as novel
treatment modalities due to their ability to address diseases at the genetic level, offering
hope for previously intractable conditions. While several ASOs, such as nusinersen
(Spinraza) for spinal muscular atrophy (SMA), have achieved clinical success and FDA
approval, challenges related to delivery efficiency have persisted. This latest discovery
provides a foundational understanding to optimize drug delivery systems (DDS), thereby
unlocking the full therapeutic potential of ASO drugs.



Strategic Significance & Outlook

The elucidation of this intracellular uptake pathway provides a new direction for
antisense therapy development. By enabling the creation of more efficient and specific
ASO delivery systems, this breakthrough is expected to not only enhance the therapeutic
effects of existing ASO drugs but also expand their application to disease targets that
were previously difficult to address. Anticipated benefits include reduced off-target
effects and therapeutic efficacy at lower doses, potentially alleviating patient burden.
Consequently, ASO drugs are poised to establish themselves as a major therapeutic
option across a broader range of diseases, especially in oncology and neurological
disorders.

Source: https://www.eurekalert.org/news-releases/1139534
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#34 Merck Achieves Robust Q2 2026 Performance,
Upgrades Full-Year Guidance, and Empatran Secures
FDA Breakthrough Therapy Designation for Lupus

OVERVIEW

Merck reported strong second-quarter 2026 financial results and consequently

upgraded its full-year guidance, bolstered by the U.S. FDA's Breakthrough Therapy

Designation for Empatran in July. Empatran, developed for lupus with active

cutaneous manifestations, is now poised for an expedited development and review
pathway. This designation underscores the drug's potential to offer a significant

clinical improvement over existing therapies for a challenging patient population.

Published August 06, 2026  Merck  USA



IN DEPTH

Key Findings

Merck delivered robust financial results for the second quarter of 2026 and, in response,
updated its full-year guidance upward. Concurrently, the company announced a
significant regulatory milestone: Empatran, its investigational drug for lupus with active
cutaneous manifestations, received Breakthrough Therapy Designation from the U.S.
Food and Drug Administration (FDA) in July.

Technical / Clinical Details

Breakthrough Therapy Designation is granted to therapies that are intended to treat a
serious or life-threatening disease and for which preliminary clinical evidence indicates
that the drug may demonstrate substantial improvement over existing therapies on one
or more clinically significant endpoints. This designation accelerates the development
and review process, facilitating earlier access for patients. Empatran targets lupus
patients suffering from active cutaneous symptoms, a form of systemic lupus
erythematosus (SLE) characterized by skin rashes and lesions. The designation suggests
that Empatran has shown early promise in providing superior efficacy compared to
current treatments for this specific and often debilitating manifestation of lupus.

Background & Context

Systemic lupus erythematosus (SLE) is a complex autoimmune disease presenting with a
wide array of clinical symptoms, and cutaneous manifestations significantly impact
patients' quality of life. Current treatments often focus on symptom management, with
limited options for addressing the underlying disease more comprehensively. Merck's
Breakthrough Therapy Designation for Empatran signals a recognition of its potential to
address this high unmet medical need with an innovative approach, potentially heralding
a new therapeutic paradigm for autoimmune diseases.



Strategic Significance & Outlook

The acquisition of Breakthrough Therapy Designation is expected to significantly
accelerate Empatran's development, leading to a more rapid review process in close
collaboration with the FDA. If successful, Empatran could offer a transformative
treatment option for lupus patients, particularly those grappling with active cutaneous
symptoms. This milestone strengthens Merck's pipeline in the autoimmune disease
sector and contributes significantly to the company's long-term growth strategy by
diversifying its therapeutic portfolio beyond its current blockbusters.

Source: https://www.merckgroup.com/en/news/q2-2026-06-08-2026.html
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#35 Merck's sBLA for ENFLONSIA™ Accepted by FDA
for Expanded RSV Prophylaxis in High-Risk Infants
Under Two for Second Season

OVERVIEW

Merck announced that the U.S. FDA has accepted its supplemental Biologics License

Application (sBLA) for ENFLONSIA™ (clesrovimab-cfor) to expand its Respiratory

Syncytial Virus (RSV) lower respiratory tract disease indication. The expansion would

include children under two years of age at increased risk for severe RSV during their
second RSV season. This acceptance represents a critical step in broadening RSV

prevention options for vulnerable pediatric populations.

Published August 06, 2026  Merck.com (News releases)  USA



IN DEPTH

Key Findings

On August 6, 2026, Merck announced the U.S. Food and Drug Administration (FDA) has
accepted a supplemental Biologics License Application (sBLA) for ENFLONSIA™
(clesrovimab-cfor), its anti-respiratory syncytial virus (RSV) monoclonal antibody. This
sBLA seeks to expand the indication for RSV lower respiratory tract disease prophylaxis
to include infants under two years of age at increased risk for severe RSV during their
second RSV season.

Technical / Clinical Details

ENFLONSIA™ (clesrovimab-cfor) is a long-acting monoclonal antibody designed to bind
specifically to RSV, thereby preventing viral entry into cells and subsequent infection. It is
anticipated to offer sustained protective effects throughout the RSV season due to its
extended half-life compared to earlier RSV prophylactics. The current sBLA aims to
extend protection specifically for high-risk infants under two, such as premature infants
or those with chronic lung disease or congenital heart disease, through their second RSV
season. This expansion recognizes the vulnerability of these patients to multiple severe
RSV infections and the need for prolonged protection.

Background & Context

Respiratory Syncytial Virus (RSV) is a leading cause of severe lower respiratory tract
infections, particularly in infants and the elderly. Severe RSV can lead to hospitalization,
intensive care admission, and, in some cases, fatality, posing a significant public health
burden. There exists a substantial unmet medical need for effective prophylactic
strategies, especially in infants with underdeveloped immune systems. The proposed
expansion of ENFLONSIA™'s indication directly addresses this critical need.



Strategic Significance & Outlook

The FDA's review of the ENFLONSIA™ sBLA will proceed over the coming months. If
approved, this would significantly extend the period of protection for high-risk infants,
benefiting a wider population and potentially reducing the burden of RSV-related
hospitalizations and severe outcomes, thus making a substantial contribution to public
health. Merck is poised to strengthen its leadership in the RSV prophylaxis market and
reinforce its commitment to protecting vulnerable patient populations through this
expanded indication.

Source: https://www.merck.com/media/news/
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#36 Generate Biomedicines Advances Novel AI-
Designed Candidate GB-4362 to Clinical Development,
Pushing Tolerability Limits

OVERVIEW

Generate:Biomedicines announced the advancement of its novel candidate drug, GB-

4362, designed using its generative biology platform, into clinical development. This

milestone exemplifies the company's vision to create next-generation, differentiated

medicines by enabling AI to innovate drug designs beyond conventional tolerability
limits. GB-4362 aims to achieve high therapeutic efficacy with an improved safety

profile by leveraging AI's predictive and optimization capabilities.

Published August 07, 2026  Generate:Biomedicines (Blog Posts)  USA



IN DEPTH

Key Findings

Generate:Biomedicines announced on August 7, 2026, the advancement of its novel
candidate drug, GB-4362, into clinical development. This drug was designed utilizing the
company's cutting-edge generative biology platform. This milestone underscores the
platform's capability to realize innovative drug designs that transcend traditional
tolerability limits, paving the way for a new generation of highly differentiated medicines.

Technical / Clinical Details

Generate:Biomedicines' platform integrates extensive biological data with machine
learning algorithms to predict and design optimal molecular structures for specific
disease targets. GB-4362 was developed by maximizing these AI predictive and
optimization capabilities. While conventional drug discovery often struggles to balance
safety and efficacy, generative AI allows for molecular design that considers both aspects
from the earliest stages. This approach aims to create drugs that maximize therapeutic
effect while minimizing off-target effects and toxicity. Although the specific disease area
and mechanism of action for GB-4362 were not detailed in the article, its design
philosophy is clearly focused on pushing beyond the boundaries of known
pharmaceuticals.

Background & Context

Modern drug discovery is evolving beyond merely treating diseases; it seeks to develop
safer, more effective drugs that enhance patients' quality of life. There is a strong
demand for new design approaches, especially for targets previously deemed
undruggable by traditional methods or in areas where existing drugs present significant
side effects. Generative biology offers a powerful solution to these challenges, holding
the potential to dramatically improve the efficiency and success rates of drug discovery.



Strategic Significance & Outlook

The progression of GB-4362 into clinical development further validates
Generate:Biomedicines' generative biology platform. The clinical trial results for this
candidate will serve as a crucial indicator of the future potential of AI-driven drug
discovery technologies and their impact on the biopharmaceutical industry. The
company is also actively pursuing the development of pipelines following GB-4362,
aiming to provide new treatment options across various disease areas.

Source: https://generatebiomedicines.com/
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#37 C4 Therapeutics Enters New Partnership with
Roche for Degrader-Antibody Conjugate (DAC)
Development, Reports Strong Q2

OVERVIEW

C4 Therapeutics (C4T) reported robust financial results for Q2 2026 and announced a

new collaboration agreement with Roche to advance research into degrader-antibody

conjugate (DAC) modalities. This strategic partnership validates C4T's targeted protein

degradation (TPD) platform and marks a crucial step in accelerating the development
of next-generation anti-cancer therapies. Combining both companies' expertise is

expected to yield novel approaches for diseases intractable with existing treatments.

Published August 11, 2026  C4 Therapeutics, Inc.  USA



IN DEPTH

Key Findings

C4 Therapeutics (C4T) announced strong financial results for the second quarter of 2026
and, concurrently, disclosed a new collaboration agreement with Roche, a major
pharmaceutical company, to advance research into degrader-antibody conjugate (DAC)
modalities. This partnership signals the industry's recognition of the significant potential
inherent in C4T's targeted protein degradation (TPD) technology.

Technical / Clinical Details

Degrader-antibody conjugates (DACs) represent a next-generation modality, applying
the principles of antibody-drug conjugates (ADCs) to protein degraders. In this
approach, an antibody targeting specific cell surface antigens delivers a degrader (a
protein degradation-inducing agent) into the cell, where it then facilitates the
degradation of target proteins within cancer cells. C4T leverages its proprietary TPD
platform, which excels in designing small molecule degraders that selectively eliminate
disease-associated proteins. The collaboration with Roche is expected to accelerate the
development of new DAC candidates for difficult-to-treat cancers, by synergizing Roche's
extensive expertise in antibody development and oncology with C4T's advanced TPD
technology.

Background & Context

Targeted protein degradation (TPD) technology has emerged as a revolutionary drug
discovery paradigm, enabling the targeting of "undruggable" proteins that were
previously inaccessible with conventional small molecule inhibitors. DACs, by combining
ADC and TPD technologies, aim to achieve maximal therapeutic efficacy and minimize
side effects through highly specific delivery to cancer cells and potent intracellular action.
A partnership with a major player like Roche further validates C4T's technology and
strengthens its leadership in the TPD field.



Strategic Significance & Outlook

This collaboration with Roche is a crucial strategic milestone for C4T, contributing to
both the deepening of its pipeline and the diversification of its revenue streams. While
DAC development is still in its early stages, its success holds the potential to bring about
new breakthroughs in cancer treatment. As concrete DAC candidates from this
partnership advance into preclinical and clinical development, their true therapeutic
potential will become clearer, marking a significant evolution in oncology.

Source: https://ir.c4therapeutics.com/news-releases/news-release-details/c4-therapeutics-reports-

second-quarter-2026-financial-results
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#38 BioMarin to Present Corporate Strategy and
Pipeline at Canaccord Genuity Annual Growth
Conference

OVERVIEW

BioMarin Pharmaceutical announced its participation in the Canaccord Genuity 46th

Annual Growth Conference in Boston on August 12, 2026. This investor-focused event

provides a key opportunity for the company to directly update the financial

community on its corporate strategy, financial performance, and pipeline
advancements. BioMarin aims to reinforce its leadership in the rare disease sector and

articulate its detailed growth strategy to investors.

Published August 10, 2026  BioMarin Pharmaceutical Inc. (Investor Relations)  USA



IN DEPTH

Key Findings

BioMarin Pharmaceutical Inc. announced its participation in the "Canaccord Genuity 46th
Annual Growth Conference" in Boston, USA, on August 12, 2026. The company's
management will present to investors and analysts, providing updates on recent
progress, strategic focus areas, and future growth opportunities.

Technical / Clinical Details

At such investor conferences, companies typically provide updates on market trends for
existing approved products, recent data from ongoing clinical trials, and information
regarding future pipeline candidates. A particular focus is expected on sales trends of
key products like VOXZOGO and the development progress of innovative modalities
such as gene therapy programs. Management will detail how the company plans to
maintain and expand its leadership in the rare disease sector, alongside strategic
investments and R&D directions aimed at achieving sustainable growth. Specific
quantitative data, including market size, sales forecasts, and R&D expenditures, may be
discussed.

Background & Context

In the pharmaceutical industry, a company's growth strategy and pipeline strength are
critical factors influencing investment decisions. Annual growth conferences serve as
essential platforms for companies to communicate their value to the market and build
investor confidence. The rare disease market is particularly attractive due to high unmet
medical needs and extended patent protection periods, making such events strategically
important for specialized companies like BioMarin.

Strategic Significance & Outlook

The presentations at this conference could influence BioMarin's stock performance and
investor valuation. The company aims to further strengthen its portfolio of rare disease
treatments and expand its global market presence. This participation demonstrates
BioMarin's commitment to transparency and investor communication, laying the
groundwork for future business developments and pipeline successes.



Source: https://investors.biomarin.com/overview/default.aspx
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#39 C4 Therapeutics Grants Stock Options to New
Employees Under Nasdaq Rule, Bolstering TPD Talent
Acquisition

OVERVIEW

C4 Therapeutics (C4T) announced it has granted stock options to newly hired

employees under Nasdaq Listing Rule 5635(c)(4). This inducement grant is a critical

component of the company's strategy to advance its clinical-stage targeted protein

degradation (TPD) science and secure top talent to fuel its growth. Attracting highly
skilled professionals is essential for accelerating the development of innovative TPD

therapeutics.

Published August 10, 2026  C4 Therapeutics, Inc.  USA
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Key Findings

C4 Therapeutics (C4T) announced on August 10, 2026, that it has granted stock options
to newly hired employees under the inducement exception provided by Nasdaq Listing
Rule 5635(c)(4). This strategic move is crucial for the company to accelerate its clinical-
stage targeted protein degradation (TPD) science and to attract and retain top talent in
the highly competitive biopharmaceutical industry.

Technical / Clinical Details

Nasdaq Rule 5635(c)(4) provides an exception to the shareholder approval requirement
for equity compensation plans when options are granted as an inducement to new
employees. This allows companies to swiftly acquire key talent and expand their
operations. C4T is a pioneer in targeted protein degradation (TPD) technology, which
selectively degrades disease-causing proteins, with several candidates advancing
through clinical development. As this field requires highly specialized scientific expertise,
securing top researchers and engineers is directly correlated with the success of new
drug development. The stock option grants are intended to motivate such talent and
encourage their long-term contribution to creating corporate value.

Background & Context

For biopharmaceutical companies, especially those developing novel modalities,
attracting talent with advanced scientific and technical expertise is key to growth and
success. The talent market is extremely competitive, and experts are particularly scarce in
innovative fields like targeted protein degradation. Stock options serve as a powerful
tool for startups and growth-stage companies to compete with larger pharmaceutical
firms for top-tier personnel.



Strategic Significance & Outlook

This talent acquisition strategy is essential for C4T to accelerate the advancement of its
TPD pipeline and enhance the probability of clinical success. The continuous recruitment
of outstanding talent will improve the speed and quality of research and development,
ultimately strengthening the company's ability to deliver innovative therapeutics to
patients. This announcement clearly indicates C4T's emphasis on human capital
investment to maintain its leadership in the TPD field and pursue long-term growth.

Source: https://www.globenewswire.com/news-release/2026/08/10/3342183/0/en/c4-therapeutics-

announces-inducement-grant-under-nasdaq-listing-rule-5635-c-4.html
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#40 Recursion Pharmaceuticals Reports Q2 Revenue
Pressure but Advances First AI-Designed Neuroscience
Target with Genentech to Early Discovery

OVERVIEW

Recursion Pharmaceuticals (RXRX) reported Q2 2026 revenue pressures and ongoing

losses but highlighted a significant milestone: its first neuroscience target, identified

through its AI drug discovery platform in partnership with Genentech, has advanced

into the early discovery program. This progression indicates that the company's AI-
driven approach is beginning to yield concrete results in long-term pipeline building.

Despite early financial headwinds, the scientific merit of its AI platform and its future

monetization potential remain a key focus.
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Key Findings

Recursion Pharmaceuticals (RXRX) reported revenue pressures and continued net losses
in its second-quarter 2026 financial results. However, the company simultaneously
announced a crucial scientific advancement: the first target from its neuroscience
collaboration with Genentech has progressed into the early discovery program. This
signifies that Recursion's AI-driven drug discovery platform has achieved a tangible
milestone in actual pipeline development.

Technical / Clinical Details

Recursion Pharmaceuticals has developed a platform, dubbed the "Recursion Operating
System," which leverages machine learning and AI to generate and analyze biological
data at scale. This system aims to elucidate disease mechanisms and identify novel
therapeutic candidates. The collaboration with Genentech specifically targets drug
discovery for up to 12 targets within the neuroscience domain using AI. The
advancement of the first target into the early discovery program suggests AI's capability
to understand the complexities of biological systems and pinpoint promising therapeutic
targets. The early discovery program involves target validation, lead compound selection,
drug screening, and initial optimization, preparing the candidate for progression into
preclinical development.

Background & Context

AI-driven drug discovery holds the potential to address the challenges of time, cost, and
success rates that plague traditional drug development processes. The neuroscience
field, in particular, is known for its difficulty in drug discovery due to its inherent
complexity, necessitating new approaches. Partnerships like that between Recursion and
a major player like Genentech indicate that AI drug discovery technology is becoming
mainstream in the pharmaceutical industry, expected to contribute to improving the
efficiency and success rate of long-term R&D.



Strategic Significance & Outlook

Despite initial financial pressures, the achievement of an early discovery milestone in the
Genentech collaboration strongly validates Recursion Pharmaceuticals' AI platform's
scientific merit and its potential for long-term value creation. As this target progresses
into preclinical and then clinical development, the market's appreciation for Recursion's
AI technology will likely grow. This success is expected to be a driving force in generating
new therapeutic options for unmet medical needs in the neuroscience field.

Source: https://simplywall.st/stocks/us/pharmaceuticals-biotech/nasdaq-rxrx/recursion-

pharmaceuticals/news/recursion-pharmaceuticals-rxrx-reported-q2-revenue-pressure
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#41 Merck Ups 2026 Guidance on Strong Q2,
KEYTRUDA Bladder Cancer Expansion, and ENFLONSIA
RSV Indication Broadening Bolstering Investment Story

OVERVIEW

Merck achieved robust Q2 2026 performance and subsequently upgraded its full-year

guidance, driven by key regulatory advancements. The company's investment

narrative is significantly strengthened by the new bladder cancer indication for

KEYTRUDA in Canada and proposed RSV indication expansion for ENFLONSIA in the
U.S. and EU. These developments illustrate Merck's sustained growth through market

expansion of key products and the establishment of new revenue streams.
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Key Findings

Merck reported a strong financial performance in the second quarter of 2026, leading to
an upward revision of its full-year earnings guidance. This positive outlook is
underpinned by significant regulatory advancements, including a new bladder cancer
indication for its flagship immune checkpoint inhibitor, KEYTRUDA, in Canada, and a
proposed indication expansion for the anti-RSV monoclonal antibody, ENFLONSIA, in the
U.S. and EU.

Technical / Clinical Details

KEYTRUDA (pembrolizumab) is an antibody targeting PD-1 (Programmed Cell Death
Protein 1), which works by activating anti-tumor immune responses across various
cancer types. Its expanded indication for bladder cancer in Canada signifies its continued
role in providing new treatment options for a broad range of cancer patients. Meanwhile,
ENFLONSIA (clesrovimab-cfor), a long-acting monoclonal antibody designed to prevent
severe RSV infections in infants and the elderly, has seen its proposed indication
expansion in the U.S. and Europe, which aims to bolster protective measures for these
vulnerable populations. These positive regulatory movements validate the clinical value
and market potential of each drug.

Background & Context

For many years, Merck's financial performance has been heavily reliant on the success of
KEYTRUDA. However, the company has been actively diversifying its pipeline and
nurturing new growth drivers. The multiple product indication expansions observed
lately indicate that Merck's strategy to reduce dependency on a single product and
establish new revenue streams is coming to fruition. This shifts Merck's investment story
from single-product concentration to a focus on a broader portfolio and sustainable
growth.



Strategic Significance & Outlook

The upward revision of full-year guidance and the expanded indications for key products
raise market expectations for Merck's future revenue growth. The ENFLONSIA RSV
indication expansion, in particular, addresses a crucial public health need while
strengthening Merck's presence in the rapidly growing preventive medicine market.
These strategic developments demonstrate Merck's capability to meet patient needs
with innovative medicines while creating shareholder value, solidifying its position as an
attractive long-term investment.

Source: https://simplywall.st/stocks/us/pharmaceuticals-biotech/nyse-mrk/merck/news/how-stronger-

2026-guidance-and-new-drug-indications-at-merck

Collected: August 14, 2026 | Automated Research System (Gemini API)

https://simplywall.st/stocks/us/pharmaceuticals-biotech/nyse-mrk/merck/news/how-stronger-2026-guidance-and-new-drug-indications-at-merck
https://simplywall.st/stocks/us/pharmaceuticals-biotech/nyse-mrk/merck/news/how-stronger-2026-guidance-and-new-drug-indications-at-merck


#42 Next-Gen ADCs Show Transformative Efficacy: 46%
ORR in Platinum-Resistant Gynecological Cancers, up
to 50% ORR in Nasopharyngeal Cancer at AACR 2026

OVERVIEW

The AACR Annual Meeting 2026 highlighted groundbreaking clinical results for next-

generation Antibody-Drug Conjugates (ADCs), demonstrating significant advances in

targeted cancer therapy. A combination of trastuzumab deruxtecan and olaparib

achieved a 46% objective response rate (ORR) in platinum-resistant uterine and
ovarian cancers, while the EGFR-targeting ADC, SYS6010, showed up to 50% ORR in

advanced nasopharyngeal cancer. Further, the CLDN6-targeting QLS5132 achieved a

94.4% disease control rate (DCR) in platinum-resistant ovarian cancer, and a B7H3-

targeting ADC with an immune checkpoint inhibitor delivered a 47.1% ORR and

94.1% DCR in non-small cell lung cancer, signaling a new era for precision oncology.
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Key Findings

The AACR Annual Meeting 2026 showcased pivotal advancements in the clinical
development of Antibody-Drug Conjugates (ADCs), with multiple candidates
demonstrating remarkable efficacy across various difficult-to-treat cancers. A highlight
was the trastuzumab deruxtecan (T-DXd; Enhertu) and olaparib (Lynparza) combination
therapy, which achieved a 46% objective response rate (ORR) in patients with platinum-
resistant uterine and ovarian cancers, an indication with significant unmet needs. This
potent response underscores the potential of synergistic drug mechanisms to overcome
resistance in advanced malignancies.

Technical / Clinical Details

Beyond the T-DXd and olaparib combination, several other ADCs presented compelling
data. SYS6010, an investigational EGFR-targeting ADC, demonstrated ORRs ranging from
42.9% to 50% in patients with advanced nasopharyngeal cancer. The CLDN6-targeting
QLS5132 reported an impressive 94.4% disease control rate (DCR) in platinum-resistant
ovarian cancer patients. Additionally, the B7H3-targeting risvutatug rezetecan (ris-rez) in
combination with the immune checkpoint inhibitor adebrelimab yielded a 47.1% ORR
and 94.1% DCR in non-squamous non-small cell lung cancer, indicating the versatility
and expanding therapeutic reach of ADCs. These results collectively highlight
advancements in linker stability, payload potency, and target selection, which are critical
for enhancing the therapeutic index of ADCs.

Background & Context

ADCs represent a sophisticated drug delivery paradigm that merges the specificity of
monoclonal antibodies with the potent cytotoxicity of small molecule drugs, linked
together by a cleavable or non-cleavable linker. This design aims to deliver
chemotherapy directly to cancer cells while minimizing systemic toxicity, a long-standing
challenge in oncology. The strong performance of these novel ADCs in resistant and
advanced settings positions them as a cornerstone of modern cancer therapy, moving
beyond traditional chemotherapy and even some targeted therapies. The integration of
ADCs with other modalities, such as PARP inhibitors (olaparib) and immune checkpoint
inhibitors (adebrelimab), suggests a future where combination strategies amplify
treatment benefits.



Strategic Significance & Outlook

The burgeoning pipeline of ADCs, fueled by these positive clinical readouts, is set to
redefine treatment algorithms across oncology. For researchers, these data provide
crucial insights into optimal target selection and combination strategies. For engineers,
the challenge lies in further refining linker chemistry and payload design for improved
stability, efficacy, and safety. Investors will keenly watch subsequent trial phases and
potential regulatory filings, as the commercial landscape for ADCs is rapidly expanding.
The continued evolution of ADC technology promises to bring more precise and
effective treatments to patients with a broader range of cancers, marking a significant
leap forward in precision medicine.

Source: https://www.aacr.org/blog/2026/08/14/smart-chemotherapy-gets-smarter-advances-in-antibody-

drug-conjugates/
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#43 mRNA脂質ナノ粒子（LNP）の個別成分の機能的役割
が解明：非肝臓標的送達にはコレステロールが不要なこと

を特定

OVERVIEW

New research thoroughly dissects the functional roles of individual lipid components

within mRNA lipid nanoparticles (LNPs), revealing that while ionizable lipids are

critical for delivery efficacy, cholesterol is essential only for hepatic targeting, not for

delivery to the spleen and other extra-hepatic tissues. The study also identifies PEG-
lipids as key determinants of LNP size and organ tropism, with PEG-lipid-free

formulations showing high specificity for the spleen. This enhanced understanding

paves the way for the rational design of next-generation, precisely targeted mRNA

delivery systems.
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Background

mRNA therapeutics hold transformative promise across a spectrum of diseases, from
infectious disease vaccines to cancer immunotherapies and treatments for genetic
disorders. However, the inherent instability of mRNA and its challenge in intracellular
delivery underscore the critical need for efficient and safe delivery systems. Lipid
nanoparticles (LNPs) have emerged as the most successful platform for mRNA delivery,
unequivocally demonstrating their efficacy in COVID-19 vaccines. Despite this success, a
major hurdle remains: the predominant accumulation of most LNPs in the liver, making
targeted delivery to extra-hepatic organs and specific cell types a formidable challenge.
This groundbreaking research aims to provide a profound understanding of LNP
composition and function, paving the way for the rational design of more precise, next-
generation mRNA delivery systems tailored for specific organs and cells. Such
advancements are crucial for overcoming current LNP limitations and broadening the
therapeutic applicability of mRNA to a wider range of conditions.

Key Findings

A groundbreaking investigation into the fundamental components of mRNA lipid
nanoparticles (LNPs) has meticulously unraveled the distinct functional roles each lipid
plays in gene delivery efficacy and organ targeting. This research marks a significant leap
forward in the rational design of LNPs, most notably by demonstrating that cholesterol is
not required for successful non-hepatic targeted delivery.

The study employed a systematic modulation of the four primary lipid components
within LNPs: ionizable lipid, cholesterol, helper lipid, and PEG-lipid, thoroughly assessing
their individual and combinatorial impacts. Key findings reaffirmed the critical role of
ionizable lipids in mRNA encapsulation and efficient intracellular release, cementing their
status as indispensable for delivery. More remarkably, while cholesterol proved vital for
LNP stability and specific targeting to the liver, it was found to be entirely dispensable
for mRNA delivery to extra-hepatic tissues like the spleen and lungs. This pivotal
discovery suggests the viability of designing cholesterol-free LNPs for therapies aimed at
targets beyond the liver.



Furthermore, PEG-lipids were identified as decisive determinants of LNP particle size,
systemic circulation time, and overall in vivo organ biodistribution. Intriguingly, LNPs
formulated without PEG-lipids exhibited a pronounced tropism for the spleen, thereby
opening new avenues for developing highly specialized LNP designs for spleen-specific
therapeutic interventions.

Outlook and Implications

The profound insights garnered from this research establish a crucial foundation for
accelerating the optimization of LNPs in the ongoing development of mRNA
therapeutics. The newfound ability to precisely tailor LNP compositions, for instance,
enables the design of formulations specifically targeting extra-hepatic diseases like those
of the spleen or lungs. This specificity promises not only enhanced therapeutic efficacy
but also a significant reduction in systemic side effects, thereby improving patient safety
and outcomes. Furthermore, this granular understanding of individual lipid component
roles will bolster the accuracy of in silico design approaches leveraging artificial
intelligence (AI) and computational science, potentially dramatically shortening drug
development timelines.

Looking ahead, the critical next steps involve rigorously validating the in vivo safety and
efficacy of these innovative LNP designs. The scientific and medical communities eagerly
await to see how these advancements will translate into the practical realization of
precisely targeted mRNA therapeutics for a broad spectrum of currently underserved
diseases, heralding a new era of precision medicine.

Source: https://pubs.acs.org/ancac3/article/20/31/22008/5232330/Decoding-the-Functional-Roles-of-

Individual
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#44 ナノ粒子で血液脳関門を突破：膠芽腫を含む中枢神経
系疾患治療に革新をもたらす最前線技術

OVERVIEW

Nanoparticle-based drug delivery systems are emerging as a pivotal solution for

overcoming the blood-brain barrier (BBB), a critical challenge in treating central

nervous system (CNS) diseases. A recent review highlights advancements across

diverse nanoparticle types—including lipid-based, polymeric, and magnetic—

engineered to protect therapeutic cargo and efficiently transport it into the brain,

particularly for difficult conditions like glioblastoma (GBM). This technology promises

to revolutionize CNS treatment, with discussions also covering biomimetic and

stimuli-responsive systems, alongside the hurdles and prospects for clinical

translation.
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Background

Central Nervous System (CNS) diseases, encompassing a wide range of conditions such
as stroke, Alzheimer's disease, Parkinson's disease, multiple sclerosis, and glioblastoma,
have historically presented immense challenges for drug development due to the
presence of the blood-brain barrier (BBB). The BBB acts as a physiological safeguard,
protecting the brain from the circulating bloodstream but simultaneously impeding the
entry of most therapeutic agents. Consequently, developing effective CNS treatments
necessitates novel drug delivery technologies that can safely and efficiently bypass this
formidable barrier. Nanoparticle technology offers a promising solution by encapsulating
drugs at the nanoscale. Through surface modifications and the incorporation of
targeting ligands, nanoparticles can enhance BBB permeability, thereby increasing drug
concentrations within the brain while simultaneously reducing systemic side effects.

Key Findings

Nanoparticle-based drug delivery systems are gaining significant attention as a
promising solution for overcoming the blood-brain barrier (BBB), the most formidable
challenge in treating Central Nervous System (CNS) diseases. A recent comprehensive
review assessed the potential of various nanoparticle types—including lipid-based,
polymeric, metallic, dendrimers, exosome-derived, and magnetic nanoparticles—to
leverage their unique design characteristics for transcending the BBB and efficiently
delivering therapeutics into the brain. These technologies are generating substantial
excitement, particularly as novel therapeutic approaches for severe brain conditions such
as glioblastoma (GBM).



Technical and Clinical Innovations

The review underscores that diverse nanoparticles, encompassing lipid-based, polymeric,
metallic, dendrimers, exosome-derived, and magnetic nanoparticles, each possess
distinct mechanisms for targeting and traversing the BBB. For instance, lipid
nanoparticles (LNPs), known for their biocompatibility and high drug encapsulation
efficiency, are being investigated for brain delivery of mRNA and siRNA therapeutics.
Polymeric nanoparticles, on the other hand, often employ surface modifications to
exploit receptor-mediated transcytosis (RMT) pathways for brain entry. Furthermore,
recent advancements include the development of stimuli-responsive nanoparticles,
designed to release drugs in response to specific tumor microenvironments (e.g., pH,
enzyme activity, temperature), thereby enabling more target-specific therapies.
Biomimetic nanoparticles, which mimic natural cells or viruses, hold significant promise
for enhancing in vivo stability and BBB permeability. The integration of Artificial
Intelligence (AI) for optimizing nanomaterial design is also expected to accelerate the
development of these advanced systems.

Future Outlook and Challenges

While nanoparticle-based drug delivery systems hold revolutionary potential for CNS
disease treatment, several challenges persist on the path to clinical translation. These
include optimizing nanoparticle safety profiles, ensuring manufacturing scalability, and
achieving a comprehensive understanding of long-term in vivo pharmacokinetics.
Nevertheless, the emergence of new technologies such as biomimetic nanoparticles,
stimuli-responsive systems, and AI-driven design is beginning to illuminate pathways for
overcoming these hurdles. The expectation is that these innovative nanomedicines will
demonstrate their efficacy and safety in clinical trials, ultimately leading to personalized
CNS therapies for patients. There is a particular hope for the development of more
effective treatments for aggressive cancers like GBM.

Source: https://www.mdpi.com/2673-8023/6/3/65
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#45 AsymBioがバイオロジクスCDMO事業拡大のため約1
億8400万ドルを資金調達：ADC、新規薬物複合体、二重
特異性抗体製造に対応

OVERVIEW

Shanghai-based biologics CDMO AsymBio has successfully raised approximately $184

million (1.24 billion RMB) from investors including Asymchem Group and Hillhouse

Qirui. This substantial investment will drive the expansion of its R&D platforms, GMP

manufacturing lines, and crucial high-potency, high-containment facilities. AsymBio
aims to significantly enhance its market competitiveness by addressing the growing

global demand for manufacturing next-generation biologics, including antibody-drug

conjugates (ADCs), novel drug conjugates (NDCs), and bispecific antibodies.
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Background

The global biopharmaceutical market is experiencing unprecedented growth, driven by
an accelerating pipeline of complex biologics. This surge is particularly evident in the
development of next-generation modalities such as monoclonal antibodies (mAbs),
antibody-drug conjugates (ADCs), and advanced cell and gene therapies. Consequently,
there's a rapidly escalating worldwide demand for specialized Contract Development and
Manufacturing Organizations (CDMOs) equipped with the necessary technical expertise,
state-of-the-art facilities, and robust regulatory compliance capabilities. A significant
industry challenge, however, remains a persistent "CDMO capacity shortage" — a
bottleneck hindering pharmaceutical companies from efficiently scaling production from
early development to commercial manufacturing. This gap is further exacerbated by the
rapid expansion of biopharmaceutical innovation across Asia, particularly in China,
creating substantial opportunities for regional CDMOs capable of meeting these
sophisticated demands.

Key Findings

In a strategic move to address this critical industry gap, Shanghai-based biologics CDMO
AsymBio has successfully secured approximately $184 million (1.24 billion RMB) in new
funding. This substantial investment round saw key participation from Asymchem Group
and Hillhouse Qirui, underscoring confidence in AsymBio's trajectory. The capital is
earmarked for a comprehensive expansion of AsymBio's biomanufacturing infrastructure,
focusing on bolstering its research and development platforms, enhancing GMP (Good
Manufacturing Practice) compliant manufacturing lines, and significantly expanding
high-potency, high-containment facilities. These specialized facilities are paramount for
the safe and efficient production of highly active pharmaceutical ingredients and
complex drug conjugates, such as antibody-drug conjugates (ADCs) and novel drug
conjugates (NDCs), where stringent containment and safety protocols are non-
negotiable.



The expansion specifically targets the burgeoning market for next-generation
therapeutic modalities. AsymBio is fortifying its capabilities to support the development
and outsourced manufacturing of ADCs, NDCs, bispecific antibodies, and multispecific
antibodies. These advanced biologics represent the frontier of precision medicine,
holding immense potential for treating a wide array of challenging diseases, including
various cancers and severe autoimmune disorders. By scaling its capacity and expertise
in these technically demanding areas, AsymBio is positioning itself as a crucial partner in
the global biopharmaceutical supply chain. This expansion will enable clients to
transition their innovative drug candidates more seamlessly from clinical trials to
commercial production, thereby accelerating the delivery of life-changing medicines to
patients worldwide. The investment marks a pivotal milestone for AsymBio, solidifying its
leadership within the biologics CDMO sector and underscoring its commitment to
driving future innovations in therapeutic manufacturing.

Source: https://www.megaproject.com/news/factory/asymbio-gets-184m-in-funding-to-expand-

biologics-cdmo
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#46 BioRay Pharmaceutical、革新的な二重ペイロード
TROP2 ADC「BR113」の初回ヒト投与Phase I試験を中国
で開始

OVERVIEW

China's BioRay Pharmaceutical has initiated a first-in-human Phase I trial for BR113,

an innovative dual-payload TROP2 antibody-drug conjugate (ADC) targeting patients

with advanced solid tumors. BR113 distinguishes itself from conventional single-

payload ADCs by integrating both a cytotoxic topoisomerase I inhibitor and an
immunostimulant onto a single antibody backbone. This trial, set to begin patient

enrollment in August 2026, aims to evaluate key metrics like objective response rate

(ORR) and progression-free survival (PFS), potentially ushering in a new era for

TROP2-positive solid cancer therapy.
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Introduction

China's BioRay Pharmaceutical has initiated a First-in-Human (FIH) Phase I clinical trial for
BR113, an innovative dual-payload TROP2 antibody-drug conjugate (ADC) designed for
patients with advanced solid tumors. BR113 is garnering significant attention as a next-
generation therapeutic with the potential to overcome the limitations of conventional
ADCs.

Technological Innovation

The defining characteristic of BR113 is its "dual-payload" design, which combines two
distinct types of therapeutic agents—a cytotoxic topoisomerase I inhibitor payload and
an immunostimulant—onto a single antibody backbone. This innovative architecture
aims to attack cancer through a dual mechanism: direct cytotoxic action against cancer
cells and activation of an anti-tumor immune response. While conventional ADCs
typically carry a single cytotoxic payload, BR113's design holds the potential to
significantly enhance therapeutic efficacy against TROP2-positive tumors.

Clinical Trial Design

This Phase I trial is specifically designed to evaluate BR113's safety, tolerability,
pharmacokinetics, and preliminary anti-tumor activity. Key efficacy endpoints include
Objective Response Rate (ORR) and Progression-Free Survival (PFS). Patient enrollment
for advanced solid tumor patients is scheduled to commence in August 2026.

Industry Context and TROP2 Targeting

TROP2 is a cell surface protein highly overexpressed in numerous epithelial malignancies,
including breast, lung, gastric, and ovarian cancers. Its involvement in cancer
proliferation, metastasis, and invasion establishes it as a promising therapeutic target.
While TROP2-targeting ADCs like Sacituzumab govitecan have already demonstrated
clinical success, dual-payload ADCs such as BR113 are exploring avenues to overcome
treatment resistance and extend efficacy to a broader patient population. This innovative
approach expands the design paradigm for ADCs, potentially fostering a paradigm shift
in cancer therapy. The proactive engagement of Chinese biopharmaceutical companies
in such cutting-edge technological development underscores their growing presence in
the global drug discovery landscape.



Future Outlook

The results of BR113's Phase I trial will be critically important in evaluating the efficacy
and safety of dual-payload ADCs for TROP2-positive solid tumor treatment. Promising
outcomes would strongly validate the potential of this next-generation ADC platform
and offer new strategies to further enhance the effects of cancer immunotherapy. BioRay
Pharmaceutical aims to accelerate BR113's clinical development through this trial,
ultimately striving to deliver a breakthrough therapeutic to patients. Researchers and
clinicians worldwide will closely monitor whether this uniquely designed ADC can offer
new hope for treating refractory solid tumors.

Source: https://allsci.com/news/first-in-human-trials/trop-2-adc-clinical-trial-bioray-launches/
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#47 Entera Bio、経口骨粗鬆症治療薬EB613の第3相臨床
試験を開始へ：FDAとの合意形成で経口ペプチド送達技術
を実証

OVERVIEW

Clinical-stage biopharmaceutical company Entera Bio has secured an agreement with

the FDA to initiate a Phase 3 clinical trial for EB613, an oral parathyroid hormone

(PTH) analog for postmenopausal osteoporosis. This milestone validates the

company's proprietary oral peptide delivery platform, which aims to overcome the
gastrointestinal absorption challenges typically associated with large peptide

molecules, offering a potential breakthrough for a class of drugs traditionally

administered via injection.
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Regulatory Milestone

Entera Bio, Inc. has reached an agreement with the U.S. Food and Drug Administration
(FDA) to initiate a Phase 3 clinical trial for its oral osteoporosis drug candidate, EB613.
This pivotal agreement marks a significant step, validating the company's innovative oral
delivery platform and enhancing the feasibility of oral administration for peptide
therapeutics – a class of drugs predominantly administered via injection until now.

Technological Innovation and Clinical Path

EB613 is an oral formulation of a parathyroid hormone (PTH) analog, specifically
engineered to promote bone formation in postmenopausal women with osteoporosis.
The oral delivery of large peptide molecules has long been a formidable challenge due
to their rapid degradation within the gastrointestinal tract and inherently poor
absorption. Entera Bio's proprietary platform is designed to surmount these hurdles
through a mechanism believed to involve specific absorption enhancers and protective
agents that shield peptide drugs from digestive enzymes and facilitate their uptake
through the intestinal wall. The forthcoming Phase 3 trial for EB613 will be a 12-month,
double-blind study enrolling approximately 750 postmenopausal women with
osteoporosis. This extensive trial aims to rigorously establish EB613's efficacy and safety
profile, ultimately positioning it as a novel, convenient oral PTH analog treatment option.
If successful, this approach is expected to significantly enhance patient convenience and
improve treatment adherence.

Industry Context and Patient Impact

Osteoporosis is a widespread chronic condition that dramatically increases fracture risk.
Current treatment modalities often rely on injectable drugs, which can impose a
substantial burden on patients and frequently lead to suboptimal treatment adherence.
The availability of effective oral therapies is therefore paramount for improving patients'
quality of life (QoL). The field of oral peptide delivery technology has recently seen
substantial advancements, notably with the success of oral semaglutide, a GLP-1
receptor agonist. Entera Bio's recent FDA agreement underscores the clinical viability of
its platform, holding profound implications not only for osteoporosis treatment but also
for potential applications across a broad spectrum of other peptide-based therapeutics.



Future Outlook

The initiation of EB613's Phase 3 trial represents a critical strategic step for Entera Bio
towards potential commercialization. A successful outcome could fundamentally reshape
the osteoporosis treatment landscape, offering a less invasive and more accessible
option for millions. Investors and the scientific community will keenly follow the trial's
progression and results, with considerable interest also directed at the broader potential
for oral peptide delivery technology to expand into diverse disease areas. This
groundbreaking technology holds the key to diversifying biopharmaceutical
administration routes and fostering a new paradigm of patient-centric healthcare.

Source: https://www.tradingview.com/news/marketbeat:dc149a876094b:0-entera-bio-eyes-phase-3-start-

for-oral-osteoporosis-drug-eb613-after-fda-agreement/
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#48 HerHealth2026会議で乳がん・婦人科がん治療におけ
る抗体薬物複合体（ADC）の役割を強調：治療抵抗性癌へ
の有望な戦略

OVERVIEW

At the recent HerHealth2026 conference, Antibody-Drug Conjugates (ADCs) emerged

as a pivotal topic, underscoring their growing importance in treating breast and

gynecological cancers. These innovative therapies deliver potent cytotoxic payloads

directly to cancer cells via targeted antibodies linked by stable compounds,
minimizing systemic toxicity. Notably, ADCs like trastuzumab deruxtecan (T-DXd) and

sacituzumab govitecan are demonstrating significant efficacy in patients with

treatment-resistant cancers, offering new hope for those with high unmet medical

needs.

Published Published August 11, 2026  HerHealth2026  USA



IN DEPTH

Key Findings

The HerHealth2026 conference underscored the increasingly central role of Antibody-
Drug Conjugates (ADCs) in the treatment of breast and gynecological cancers.
Discussions at the conference validated ADCs as a particularly promising strategy against
treatment-resistant cancers, signaling a shift towards new therapeutic paradigms.

Technical and Clinical Insights

ADCs are sophisticated drugs engineered by linking a potent cytotoxic drug (payload) to
a monoclonal antibody via a linker. The antibody is designed to recognize specific
antigens on the surface of cancer cells. This design ensures selective binding of the
antibody to cancer cells, followed by internalization and subsequent release of the
payload within the cell, thereby specifically destroying cancer cells. This mechanism is
expected to deliver high anti-tumor efficacy while significantly reducing systemic toxicity.
The conference highlighted clinically successful ADCs such as trastuzumab deruxtecan
(T-DXd; Enhertu), used for HER2-positive breast cancer and certain gastric cancers, and
sacituzumab govitecan (Trodelvy), employed in triple-negative breast cancer and
urothelial carcinoma. These agents have demonstrated significant clinical benefits,
including improved objective response rates and extended survival, in patients with
advanced breast and gynecological cancers resistant to conventional therapies.

Background and Industry Context

Breast and gynecological cancers represent major global health challenges for women,
particularly in advanced or metastatic stages where treatment options have historically
been limited. While recent advancements in targeted therapies have expanded the
possibilities for personalized medicine, many patients still face therapeutic resistance.
ADCs, with their unique mechanism of targeted drug delivery to cancer cells, are rapidly
gaining prominence as a solution for these unmet medical needs. The evolution of ADC
technology is driven by extensive research and development focusing on aspects such as
linker stability, payload selection, and optimization of the drug-to-antibody ratio (DAR).
This continuous innovation has led to the emergence of diverse ADCs applicable across a
range of cancer types. The prominence of ADCs as a central topic at major medical
conferences like HerHealth2026 underscores the medical community's high expectations
for their clinical value and future potential.



Future Outlook

ADCs hold the potential to significantly transform the landscape of breast and
gynecological cancer treatment. Moving forward, continued clinical trials will evaluate
new ADC candidates, while also establishing optimal usage guidelines and combination
strategies with other therapies for existing ADCs. Furthermore, the identification of novel
target antigens, further refinement of linker technologies, and design optimization
leveraging advanced technologies such as AI will accelerate the development of safer
and more effective next-generation ADCs. This trajectory promises a future where
patients with difficult-to-treat breast and gynecological cancers will benefit from more
personalized and effective therapeutic options.

Source: https://www.emedevents.com/blogs/medblogpage/antibody-drug-conjugates-in-breast-and-

gynecologic-cancer-at-herhealth2026
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#49 インシリコ設計がRNA脂質ナノ粒子（LNP）治療薬の
分野を変革：組織特異的送達とCRISPR遺伝子編集の効率
化をAIが推進

OVERVIEW

In silico (computational) design is fundamentally transforming the development of

lipid nanoparticle (LNP) and RNA therapeutics by enabling the precise optimization of

LNP properties for tissue-specific drug delivery. This approach accelerates the

development of siRNA-LNP formulations for a range of diseases, while also proving
crucial for efficient and safe delivery of mRNA and CRISPR-based gene editing tools,

with AI rapidly advancing these optimization efforts.

Published Published August 07, 2026  InSilicoMinds  USA
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Background

RNA therapeutics offer a revolutionary approach to treating diseases by directly
targeting the genes and proteins responsible for illness, enabling intervention against
targets previously intractable with conventional small molecule drugs or antibody
therapies. However, naked RNA molecules are unstable in vivo and struggle to cross cell
membranes, necessitating an effective delivery system. Lipid Nanoparticles (LNPs) have
emerged as one of the most successful delivery systems, encapsulating RNA molecules
to protect them from degradation in biological environments while facilitating efficient
intracellular uptake. The introduction of in silico design has initiated a paradigm shift in
the LNP design process. Compared to traditional empirical approaches, computational
methods now allow for rapid screening of numerous LNP candidates, efficiently
identifying those with desired targeting profiles. This accelerates the development of
RNA therapeutics for diseases with high unmet needs, promising significant
contributions to personalized medicine.

Key Findings

In silico design, a computational scientific approach, is revolutionizing the field of lipid
nanoparticle (LNP) and RNA therapeutics, significantly accelerating their development.
This technology enables the rational design of next-generation LNPs capable of
delivering drugs with high precision to specific tissues, thereby maximizing therapeutic
effects and minimizing side effects.



This computational methodology allows for the virtual simulation of LNP
physicochemical properties—including lipid composition, particle size, surface charge,
and PEG-lipid content—to design optimal LNPs. Such an approach drastically reduces
the need for experimental trial-and-error, cutting down development time and costs. For
instance, siRNA-LNP formulations are under active development for liver diseases,
metabolic disorders, cancer, and various genetic conditions. Their efficient delivery to the
liver has already been validated in several approved products, such as Onpattro. While
LNPs established their reliability through the success of mRNA therapeutics (e.g., COVID-
19 vaccines), their application scope is now expanding to CRISPR-based gene editing
technology, positioning them as promising carriers for efficient and safe intracellular
delivery of genome editing tools. Leveraging AI, it's possible to predict optimal LNP
configurations and control targeting to specific cell types or organs with even greater
precision.

The synergy of in silico design and LNP-based RNA therapeutics is set to shape the
future of drug discovery. Further advancements in this technology are expected to
enable more precise targeted delivery to organs beyond the liver, such as the brain,
lungs, and spleen, broadening the application of RNA therapeutics to a wider array of
diseases. Moreover, the ability to design LNPs optimized for both safety and efficacy will
improve clinical development success rates and accelerate the delivery of new drugs to
patients. In the future, the deeper integration of AI and machine learning promises to
enhance LNP design automation and predictive capabilities, ultimately maximizing the
potential of RNA therapeutics in treating intractable diseases.

Source: https://insilicominds.com/lipid-nanoparticles-and-rna-therapeutics-how-in-silico-design-is-

reshaping-the-field/

Collected: August 14, 2026 | Automated Research System (Gemini API)

https://insilicominds.com/lipid-nanoparticles-and-rna-therapeutics-how-in-silico-design-is-reshaping-the-field/
https://insilicominds.com/lipid-nanoparticles-and-rna-therapeutics-how-in-silico-design-is-reshaping-the-field/


#50 FDA、ワシントン大学発の同種異系抗CD7 CAR T細胞
療法「WU-CART-007」に画期的治療薬指定：T細胞性白
血病・リンパ腫で73%の完全寛解達成

OVERVIEW

The FDA has granted Breakthrough Therapy Designation (BTD) to WU-CART-007, an

allogeneic anti-CD7 CAR T-cell therapy developed by Washington University School

of Medicine researchers, for adult and adolescent patients with relapsed or refractory

T-cell acute lymphoblastic leukemia and T-cell lymphoblastic lymphoma (T-ALL/LBL).

Early global trials demonstrated remarkable results, with 73% of treated patients

achieving complete remission, positioning this therapy as a potential game-changer

for T-cell malignancies. This designation is expected to accelerate the drug's

development and review process.

Published Published August 06, 2026  Siteman Cancer Center at Barnes-Jewish Hospital and WashU
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Background

T-cell malignancies have historically presented significant challenges for CAR T-cell
therapy development compared to B-cell malignancies. A primary obstacle has been the
expression of target T-cell antigens on the CAR T-cells themselves, leading to issues such
as "T-cell fratricide" or "CAR T-cell alloreactivity," where the therapeutic cells attack each
other.

Key Findings

The U.S. Food and Drug Administration (FDA) has granted Breakthrough Therapy
Designation (BTD) to WU-CART-007, an allogeneic anti-CD7 CAR T-cell therapy
developed by researchers at Washington University School of Medicine. This designation
is for adult and adolescent patients with relapsed or refractory T-cell acute lymphoblastic
leukemia (T-ALL) and T-cell lymphoblastic lymphoma (T-LBL). In initial global trials, this
therapy demonstrated a remarkable 73% complete remission (CR) rate, signaling its
potential to revolutionize the treatment of T-cell malignancies.

Technical and Clinical Details

WU-CART-007 distinguishes itself from existing autologous CAR T-cell therapies by
utilizing allogeneic (donor-derived) CAR T-cells. Traditional CAR T-cell therapies, which
use a patient's own T-cells, often require lengthy manufacturing times and may be
challenging to apply in patients with rapidly progressing disease. WU-CART-007 involves
genetically modifying T-cells harvested from a healthy donor to express a Chimeric
Antigen Receptor (CAR) that targets the CD7 antigen, found on cancer cells. Crucially, the
therapy incorporates gene-editing techniques to modify specific genes within the donor
T-cells, thereby minimizing the risk of Graft-versus-Host Disease (GVHD). Early clinical
trials reported that 73% of relapsed or refractory T-ALL/LBL patients treated with WU-
CART-007 achieved complete remission, with many patients experiencing full disease
control. This represents an unprecedented therapeutic efficacy in an area where
treatment options for T-cell malignancies are severely limited.



Industry Context and Significance

WU-CART-007 has overcome these challenges by combining high specificity for the CD7
antigen with gene-editing technology designed to prevent T-cell fratricide. Breakthrough
Therapy Designation (BTD) is awarded to drugs that offer a new treatment for a serious
condition and demonstrate the potential for substantial clinical improvement over
available therapies, accelerating the FDA's review process. This designation underscores
the high probability that WU-CART-007 could fundamentally transform the treatment
landscape for T-cell malignancies.

Future Outlook

The BTD for WU-CART-007 marks a critical step toward making this groundbreaking CAR
T-cell therapy available to patients sooner. While its safety and efficacy will undergo
further validation through larger-scale clinical trials, its initial success broadens the
potential of allogeneic CAR T-cell therapies and offers hope to a greater number of
cancer patients. This technology may also pave the way for the development of
allogeneic cell therapies for other autoimmune diseases and solid tumors, beyond T-cell
malignancies. The global medical community keenly awaits the progress of its ongoing
clinical development.

Source: https://siteman.washu.edu/fda-grants-breakthrough-therapy-designation-to-treatment-for-rare-
blood-cancers/
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#51 乳がん治療向け次世代ADCの開発課題と進歩：送達生
物学の最適化が成功の鍵

OVERVIEW

Expert Opinion on Drug Deliveryに掲載されたレビューは、乳がんの治療抵抗性疾患

に対する次世代抗体薬物複合体（ADC）の開発における進歩と課題を統合的に評価

しました。本レビューは、ADCの設計が標的送達と強力な細胞傷害性ペイロードの

組み合わせに重点を置く一方で、その臨床的成功はペイロードの効力以上に送達生

物学によって制限されることが多いと指摘しています。1990年から2026年までの文

献を分析し、乳がんにおけるADCの臨床的および翻訳的実施に関する重要な知見を

提供しています。この専門家の意見は、ADC開発の方向性を決定する上で極めて重要

です。

Published August 12, 2026  PubMed (Expert Opinion on Drug Delivery)  USA
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主要成果

専門家による最新のレビューは、乳がんの治療抵抗性疾患に対する次世代抗体薬物複合

体（ADC）の開発状況を詳細に分析し、その成功は薬物のペイロード効力よりも「送達
生物学」の最適化にかかっていると結論付けました。この見解は、ADC開発戦略におい
て、抗体-リンカー-ペイロードシステムの設計と生体内での挙動の理解が最も重要であ
ることを強調しています。

技術・臨床詳細

ADCは、抗体の特異性を利用して癌細胞に直接細胞傷害性薬物（ペイロード）を送り込
むことで、従来の化学療法よりも副作用を抑えつつ高い効果を目指す治療法です。レビ

ューでは、1990年から2026年までの広範な文献を統合し、乳がん治療におけるADC設計
の進化と、それに伴う臨床的・翻訳的実施の進歩を詳細に解説しています。次世代ADC
は、より安定したリンカー、より強力なペイロード、および改善された抗体とペイロー

ドの結合比率（DAR）を特徴としています。しかし、専門家の意見として、たとえ強力
なペイロードを持っていたとしても、ADCが癌細胞に効率的に到達し、細胞内で適切に
薬物を放出できなければ、その効果は限定的であると指摘されています。つまり、血中

安定性、腫瘍組織への浸透、癌細胞への内在化、および細胞内での薬物放出メカニズム

といった「送達生物学」の側面が、ADCの臨床的成功を左右する決定的な要因であると
されています。

背景・業界文脈

乳がんは、世界中の女性に最も多く見られる癌の一つであり、特にトリプルネガティブ

乳がん（TNBC）やHER2低発現乳がんのような治療抵抗性サブタイプでは、新たな治療
選択肢が強く求められています。ADCは、これらのアンメットニーズに対応する有望な
モダリティとして急速に発展してきました。トラスツズマブ デルクステカン（T-DXd）
やサシツズマブ ゴビテカン（Sacituzumab govitecan）といった一部のADCは、既に乳
がん治療において顕著な臨床的成功を収めていますが、その一方で、全てのADCが期待
通りの効果を発揮するわけではありません。このレビューは、単に「強力な薬物を標的

抗体に結合させる」だけでなく、「どのように薬物を送達するか」という側面の重要性

を改めて浮き彫りにしています。送達生物学の最適化は、ADCの安全性プロファイルを
改善し、治療指数を向上させるためにも不可欠であり、業界全体の研究開発の方向性に

大きな影響を与えるでしょう。



今後の展望

今後、乳がん治療向けの次世代ADC開発は、送達生物学の課題を解決することに重点を
置くことが予想されます。これには、より効率的な細胞内在化経路の発見、腫瘍微小環

境に応答して薬物を放出するスマートリンカーの開発、および異種腫瘍内（intra-tumor
heterogeneity）に対応できる多機能ADCの設計などが含まれます。また、AIや計算化学
を用いたインシリコ設計が、これらの送達課題を克服するためのLNPやADCの最適化に
貢献する可能性があります。研究者や製薬企業は、単に癌細胞を殺傷する能力だけでな

く、薬物が癌細胞にどのように到達し作用するかというメカニズムを深く理解すること

で、乳がん患者により効果的かつ安全な治療法を提供できるようになるでしょう。

Source: https://pubmed.ncbi.nlm.nih.gov/42544919/
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#52 ダナファーバーがん研究所が分子糊分解剤の新規プラ
ットフォームを開発：未治療標的をアンロックし、初の代

謝活性化分子糊を発見

OVERVIEW

Researchers at Dana-Farber Cancer Institute have developed an innovative, scalable

platform for systematically discovering molecular glue degraders (MGDs) that target

previously 'undruggable' cancer proteins. This platform has led to the identification of

the first metabolically activated molecular glues, significantly expanding the

therapeutic potential of MGDs in oncology. Concurrently, Vividion Therapeutics

reported the discovery of KEAP1-targeting NRF2 MGDs, VVD-065 and VVD-130037,

with the latter currently in Phase 1 clinical trials, collectively boosting hopes for novel

treatments against intractable cancers.

Published Published August 10, 2026  Facebook (reposting Dana-Farber Cancer Institute news)
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Background

Targeted protein degradation (TPD) technologies, such as proteolysis-targeting chimeras
(PROTACs) and molecular glue degraders (MGDs), represent one of the most exciting
frontiers in modern drug discovery. Unlike conventional small-molecule drugs that
primarily inhibit protein function, TPD technologies adopt a fundamentally different
approach by facilitating the removal of the target protein itself from within the cell. This
paradigm shift has opened new avenues for addressing a multitude of previously
'undruggable' targets, including critical transcription factors and scaffolding proteins that
are notoriously difficult to modulate with traditional inhibitors. MGDs, in particular, hold
immense potential due to their unique ability to induce low-affinity, proximity-driven
interactions that are challenging to achieve with existing pharmacopeia. The
development of Dana-Farber's novel discovery platform is therefore poised to play a
crucial role in accelerating the MGD discovery process and resolving bottlenecks in the
development of new therapeutics. The concurrent clinical progress reported by Vividion
Therapeutics further underscores that MGDs are rapidly transitioning from an advanced
research-stage technology to tangible, clinically relevant therapeutic agents.

Key Findings

Researchers at Dana-Farber Cancer Institute have engineered a groundbreaking platform
designed for the systematic discovery of novel molecular glue degraders (MGDs)
specifically tailored to address previously 'undruggable' cancer targets. A significant
achievement enabled by this platform is the identification of the world's first
metabolically activated molecular glues, a discovery poised to dramatically broaden the
therapeutic applicability of MGDs. This innovative platform facilitates the efficient and
systematic screening and identification of MGDs, which function by acting as a 'glue.'
This 'glue' forcibly connects a cellular E3 ubiquitin ligase to a specific target protein,
thereby initiating the target protein's ubiquitination and subsequent degradation via the
proteasome. This mechanism allows for the precise elimination of disease-related
proteins that have historically been inaccessible to conventional drug modalities.



The unique aspect of identifying metabolically activated MGDs is particularly
transformative. These compounds are designed to be activated only under specific
metabolic conditions or in the presence of particular enzymes within targeted cells. This
conditional activation holds considerable promise for enhancing drug selectivity, thereby
minimizing off-target effects and improving the therapeutic index. Complementing these
technological advancements, researchers at Vividion Therapeutics have also announced
the discovery of two KEAP1-targeting NRF2 molecular glue degraders: VVD-065 and
VVD-130037. Notably, VVD-130037 is currently advancing through Phase 1 clinical trials,
where its clinical efficacy and safety are being rigorously evaluated in patients with solid
tumors.

The development of this advanced MGD discovery platform and the identification of
metabolically activated MGDs significantly heighten expectations for new breakthroughs
in cancer treatment. Looking ahead, it is anticipated that a greater number of previously
'undruggable' targets will be successfully modulated and degraded by MGDs, paving the
way for innovative and tailored therapies across a diverse spectrum of cancer types. The
successful progression of Vividion Therapeutics' VVD-130037 through its clinical
development will undoubtedly further accelerate the practical application and broader
acceptance of this technology. Researchers and pharmaceutical companies are expected
to continue their efforts in further elucidating MGD mechanisms of action, optimizing
their safety profiles, and developing strategic combination therapies to expand the array
of effective treatment options available to patients. This collective progress represents a
crucial and impactful stride in the evolution of personalized medicine and promises to
significantly improve prognoses for patients battling intractable cancers.

Source: https://www.facebook.com/gennews/posts/novel-molecular-glue-discovery-platform-unlocks-

undruggable-cancer-targetsnow-in/1499472768890736/
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#53 Peking UniversityがmRNA肺送達のボトルネックを
打開：SynTar脂質ナノ粒子が標的型肺送達の新戦略を実現

OVERVIEW

Researchers at Peking University have developed an innovative SynTar lipid

nanoparticle (SynTar LNP) platform, overcoming a critical bottleneck in targeted

mRNA delivery to the lungs. This system significantly enhances lung delivery

efficiency by combining optimized lipid composition with antibody-mediated

targeting, building on the SM-102 LNP system. The resulting 4C-DOTAP LNP shows

superior capabilities, greatly expanding the therapeutic potential of mRNA for

conditions such as cystic fibrosis and lung cancer.

Published Published August 10, 2026  SINOPEG  China
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Background

mRNA therapeutics represent one of the most promising drug modalities in recent years
due to their diverse application potential. However, mRNA molecules are inherently
unstable and cannot reach target cells without an appropriate delivery system. While
lipid nanoparticles (LNPs) have emerged as the most successful platform for mRNA
therapeutic delivery, most LNPs tend to accumulate primarily in the liver. This hepatic
tropism has made efficient delivery to extrahepatic organs, particularly the lungs, a
significant challenge.

Globally, lung diseases account for high morbidity and mortality, presenting numerous
unmet medical needs in conditions such as asthma, chronic obstructive pulmonary
disease (COPD), lung cancer, cystic fibrosis, and idiopathic pulmonary fibrosis.
Overcoming the hurdle of targeted lung delivery is crucial for unlocking the full
therapeutic potential of mRNA in these areas.

Key Findings

The Peking University research team has developed a groundbreaking SynTar lipid
nanoparticle (SynTar LNP) platform that enables efficient and target-specific delivery of
mRNA to the lungs. This innovative technology directly addresses the aforementioned
bottleneck in mRNA therapeutic development, holding the potential to significantly
expand the application scope of mRNA therapeutics for various pulmonary diseases,
including cystic fibrosis and lung cancer.

Technical & Clinical Details

The SynTar LNP platform integrates two main strategies to achieve its enhanced delivery
profile. First, it features the design of an optimized lipid composition specifically tailored
for mRNA delivery. Second, it incorporates antibody-mediated modifications to precisely
target specific lung cells. Building upon the SM-102 LNP system, which gained
prominence in successful COVID-19 vaccines, the research team constructed a novel
four-component lung-targeted LNP system, designated 4C-DOTAP LNP. This system
comprises DOTAP (dioleoyloxypropyltrimethylammonium chloride) and DSPE-PEG-Mal
(polyethylene glycol-modified phospholipid).



In both in vitro and in vivo experiments, the 4C-DOTAP LNP demonstrated significantly
superior lung delivery capabilities compared to conventional LNP systems. The key
mechanism lies in its antibody-mediated targeting modification, which allows the LNP to
selectively bind to specific cell types within lung tissue. This targeted approach facilitates
efficient intracellular mRNA delivery, which is expected to not only enhance therapeutic
efficacy at the site of disease but also mitigate systemic side effects often associated with
less specific delivery methods. This capability for intracellular gene delivery, previously
difficult to achieve with conventional inhalation therapies, marks a substantial
advancement.

Future Outlook

The development of the SynTar LNP platform marks a groundbreaking step in expanding
the applicability of mRNA therapeutics to pulmonary diseases. It is anticipated that
mRNA therapeutic candidates utilizing this platform will progress through preclinical and
clinical trials, bringing innovation to the treatment of patients with lung diseases. Various
applications are envisioned, such as specific gene editing in lung cancer cells or restoring
CFTR gene expression in cystic fibrosis. Furthermore, this technology is expected to
inspire the development of targeted delivery LNP systems for other organs, thereby
contributing to the overall advancement of mRNA therapeutics. In the future,
personalized mRNA therapeutics hold the potential to significantly improve the quality
of life for patients across a wider range of disease areas.

Source: https://www.sinopeg.com/breaking-the-bottleneck-of-mrna-pulmonary-delivery-syntar-lipid-
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#54 ナノメディシンが膠芽腫の血液脳関門を克服：標的送
達、刺激応答性、AI活用で治療を革新

OVERVIEW

Nanomedicine is emerging as a critical solution to overcome the formidable blood-

brain barrier (BBB) in treating glioblastoma (GBM), the most aggressive brain tumor.

Researchers are developing advanced nanoparticles for targeted delivery, improved

circulation, and stimuli-responsive drug release within the tumor microenvironment.

Coupled with AI-driven nanomaterial design, these innovations promise to accelerate

the development of personalized, highly effective therapies for GBM.

Published Published August 13, 2026  Drug Target Review  UK
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Background

Glioblastoma (GBM) is a highly aggressive brain tumor with an extremely poor
prognosis; despite current treatments (surgery, radiotherapy, and chemotherapy), most
patients die within two years of diagnosis. One of the primary reasons for treatment
difficulty is the blood-brain barrier (BBB), which prevents many anticancer drugs from
reaching the brain, thus hindering sufficient drug concentration at the tumor site.
Nanomedicine holds the potential to overcome the BBB in ways impossible with
conventional drugs, enabling direct drug delivery to tumor cells. This is expected to
enhance GBM treatment efficacy while minimizing systemic toxicity. Research in this field
is driven by interdisciplinary approaches encompassing molecular biology, materials
science, nanotechnology, and recently, artificial intelligence (AI), offering new hope for
GBM treatment, an area with high unmet medical needs.

Key Findings

Nanomedicine is garnering significant attention as a groundbreaking solution for
overcoming the long-standing challenge of the blood-brain barrier (BBB) in treating
glioblastoma (GBM), the most aggressive brain tumor. Researchers are focused on
designing nanoparticles that effectively protect drug cargo, extend circulation time in the
bloodstream, and interact with specific receptors on the BBB to efficiently deliver drugs
into the brain.



Advanced Nanomedicine Approaches

This review evaluates various types of BBB-permeable nanomedicines, namely lipid-
based, polymer-based, and inorganic nanoparticles. These nanoparticles are designed to
enhance BBB permeability and facilitate drug uptake into the brain by modifying their
surfaces with specific ligands (e.g., transferrin receptor-targeting peptides). Of particular
interest are stimuli-responsive nanoparticles, which are engineered to release drugs in
response to specific conditions within the tumor microenvironment (e.g., low pH,
overexpressed enzymes, hypoxia, localized temperature increases). This enables selective
drug delivery and reduced systemic side effects. For instance, nanoparticles with linkers
that become unstable under acidic conditions have been developed to leverage the low
pH environment around GBM cells. Furthermore, biomimetic nanoparticles, such as those
coated with cell membranes, help enhance biocompatibility and evade immune system
clearance. Moreover, AI-driven nanomaterial design is being leveraged as a powerful
tool to optimize the composition and structure of these complex nanoparticles and
predict their BBB permeability and tumor-targeting capabilities.

Future Outlook

While nanomedicine for GBM treatment is still in its early stages, its potential impact is
immeasurable. Moving forward, it is crucial that the safety and efficacy of these
innovative nanoparticles are validated through rigorous clinical trials. Stimuli-responsive
systems and AI-assisted design, in particular, are expected to play a vital role in realizing
personalized, high-precision GBM treatments. In the future, the co-administration of
these nanomedicines with standard treatments could significantly contribute to
improving the survival rates and quality of life for GBM patients. Researchers will
continue to work on further elucidating the complexities of the BBB and developing safer
and more efficient nanoparticle delivery strategies.

Source: https://www.drugtargetreview.com/news/nanomedicine-for-glioblastoma-overcoming-the-blood-
brain-barrier/2136211.article
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#55 CDMO業界の能力不足が深刻化：バイオ医薬品企業の
半数が哺乳類細胞生産CDMOの確保に課題、高度治療薬分
野で特に顕著

OVERVIEW

A severe capacity crunch within Contract Development and Manufacturing

Organizations (CDMOs) is impeding the biopharmaceutical industry. Recent data

reveals nearly half of biopharma firms struggle to secure CDMOs for mammalian cell

production, with advanced therapies like gene and cell therapies facing acute
limitations due to surging demand. This bottleneck threatens to slow the

development and market entry of crucial new medicines.
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Background

The biopharmaceutical market is experiencing rapid expansion, driven by the high
efficacy of treatments for critical conditions like cancer, autoimmune diseases, and
genetic disorders. Within this landscape, cell and gene therapies stand out as "living
medicines," offering the potential for curative treatments previously unattainable by
conventional methods. However, the development and manufacturing of these
sophisticated biotherapeutics require specialized expertise and substantial capital
investment from their earliest stages. Consequently, many biotechnology companies,
particularly small to medium-sized enterprises (SMEs), find it challenging to possess
comprehensive in-house manufacturing capabilities, leading them to rely heavily on
Contract Development and Manufacturing Organizations (CDMOs) for development and
manufacturing processes. This reliance, coupled with surging demand and a scarcity of
CDMOs possessing the requisite specialized knowledge and infrastructure, has created a
significant bottleneck hindering the overall growth and innovation within the industry.
This capacity shortage poses a critical barrier for breakthrough therapies, obstructing
their progression from clinical development to commercialization.

Key Findings

The biopharmaceutical industry continues to grapple with a chronic and intensifying
challenge: a severe shortage in manufacturing capacity among Contract Development
and Manufacturing Organizations (CDMOs). A recent survey reveals that approximately
half of biopharmaceutical companies are struggling to find suitable CDMOs, especially
for therapies that require mammalian cell production. Mammalian cell culture is a
cornerstone technology for manufacturing essential biologics such as monoclonal
antibodies, recombinant proteins, and numerous advanced biotherapeutics. The
production of these complex biologics demands not only sophisticated expertise but
also large-scale, specialized facilities and stringent quality control systems.



Despite the CDMO sector's proactive efforts to expand manufacturing facilities and
invest in new technologies, the explosive growth in demand from advanced therapeutic
areas—including gene therapy, viral vector manufacturing, and cell therapy—is rapidly
outpacing existing capacity. These cutting-edge fields necessitate unique manufacturing
processes and regulatory requirements that significantly differ from conventional
biopharmaceuticals, limiting the number of CDMOs capable of handling such specialized
work. As a result, companies developing advanced biotherapeutics face considerable
difficulties in securing manufacturing partners, leading to critical delays in development
timelines and increased costs, ultimately impeding innovation and hindering market
entry for vital new medicines.

Resolving this pervasive CDMO capacity shortage requires a concerted, industry-wide
effort and strategic investment. CDMOs must continue to invest in new facility
construction, adopt cutting-edge technologies like continuous manufacturing and AI-
driven optimization, and focus on developing a highly skilled workforce. Concurrently,
pharmaceutical companies should prioritize establishing close, long-term partnerships
with CDMOs early in the development process. Furthermore, governments and
regulatory bodies have a crucial role in exploring policies that support the securing of
manufacturing sites and enhance supply chain resilience. Addressing this capacity deficit
is expected to accelerate biopharmaceutical development significantly, ensuring that
innovative treatments can be delivered to more patients more swiftly.

Source: https://www.contractpharma.com/the-cdmo-capacity-crunch-persists/
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#56 Monte Rosa Therapeuticsの分子糊分解剤MRT-
6160、第1相でVAV1を90%以上分解しサイトカイン抑制
を達成：ノバルティスが複数の第2相試験開始へ

OVERVIEW

Monte Rosa Therapeutics has announced that its AI-driven QuEEN platform's

molecular glue degrader (MGD) MRT-6160 achieved over 90% VAV1 protein

degradation and potent cytokine suppression in Phase 1 trials. This success has

prompted co-development partner Novartis to launch multiple Phase 2 clinical trials
for MRT-6160 by 2026, highlighting the significant promise of MGDs as a novel

therapeutic strategy for challenging diseases.

Published Published August 07, 2026  Quartr  スウェーデン
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Industry Context & Innovation

Molecular glue degraders (MGDs) represent one of the leading modalities in targeted
protein degradation (TPD) technology and have garnered significant attention in drug
discovery in recent years. Unlike conventional small molecules that inhibit target protein
function, MGDs adopt a distinct approach by degrading and eliminating the protein
itself. This offers the potential to develop therapies for 'undruggable' targets that were
previously inaccessible to drug discovery. AI-driven design, exemplified by Monte Rosa's
QuEEN platform, is revolutionizing the drug discovery process by accelerating the
identification and optimization of MGD candidates, significantly reducing development
timelines and costs compared to traditional trial-and-error approaches. The active
investment by major pharmaceutical companies like Novartis in Monte Rosa's MGD
programs and their advancement into late-stage clinical development reflects strong
industry expectations regarding the clinical value and commercial potential of this
technology.

Key Findings

Monte Rosa Therapeutics reported in a corporate presentation that MRT-6160, its lead
molecular glue degrader (MGD) program, achieved over 90% degradation of the VAV1
protein and robust cytokine suppression in Phase 1 clinical trials. This groundbreaking
achievement validates the effectiveness of the company's AI-driven QuEEN platform and
strongly highlights the potential of MGDs as a novel therapeutic approach for intractable
diseases. Novartis is set to initiate multiple Phase 2 trials by 2026, which will further
evaluate its clinical value.

Technical & Clinical Insights

Monte Rosa Therapeutics leverages its proprietary QuEEN (Quantitative and Enriched
Endogenous Degrader) platform, which utilizes AI-driven protein-protein interaction
prediction and rational design, to create novel MGDs. MGDs function like a "molecular
glue" by forcing the association between an intracellular E3 ubiquitin ligase and a
specific target protein, leading to the target protein's degradation. This mechanism
enables the removal of many disease-related proteins from within cells that were
previously difficult to target with conventional therapeutics.



MRT-6160 is an MGD specifically designed to target the VAV1 protein. In Phase 1 trials, it
demonstrated a remarkable pharmacodynamic effect, achieving over 90% degradation of
VAV1 levels in treated patients. VAV1 plays a critical role in T-cell activation pathways,
making its degradation particularly significant for treating diseases involving excessive
immune responses. The concurrent observation of potent cytokine suppression
alongside VAV1 degradation suggests that MRT-6160 can deeply intervene in disease
pathogenesis, exerting anti-inflammatory and immunomodulatory effects. Following
these promising Phase 1 results, co-development partner Novartis plans to commence
multiple Phase 2 clinical trials for MRT-6160 by 2026 to evaluate its efficacy and safety
profile in a larger patient population.

Future Outlook

The progression of MRT-6160 into Phase 2 trials will be a critical milestone for Monte
Rosa Therapeutics and the broader MGD field. Should these trials yield positive results,
MGDs are anticipated to become powerful and highly selective new therapeutic options
for a variety of inflammatory and autoimmune diseases, and potentially even cancers.
Monte Rosa plans to submit additional Investigational New Drug (IND) applications over
the next two years, indicating further expansion of its pipeline. The convergence of AI
and protein degradation technologies will continue to attract significant attention as a
key trend shaping the future of drug discovery.

Source: https://quartr.com/events/monte-rosa-therapeutic-inc-glue-corporate-presentation_FepTusNc

Collected: August 14, 2026 | Automated Research System (Gemini API)

https://quartr.com/events/monte-rosa-therapeutic-inc-glue-corporate-presentation_FepTusNc


#57 Eurofins CDMO Alphoraがキロラボおよび高活性原
薬（HPAPI）製造能力を拡張：ADC統合提供体制を強化

OVERVIEW

Eurofins CDMO Alphora has significantly expanded its kilolab and High Potency

Active Pharmaceutical Ingredient (HPAPI) development and manufacturing

capabilities at its Mississauga, Canada facility. This strategic investment bolsters its

comprehensive biologics services, addressing rising demand for flexible process

development and scale-up for both non-HPAPI and HPAPI programs. By integrating

ADC linker and payload production with existing mAb and sterile fill-finish

capabilities, Eurofins CDMO Alphora aims to offer fully integrated ADC development,

streamlining customer timelines and supply chains.
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Strategic Expansion Targets Integrated ADC Manufacturing

Eurofins CDMO Alphora has announced a substantial expansion of its kilolab and High
Potency Active Pharmaceutical Ingredient (HPAPI) development and manufacturing
capabilities at its facility in Mississauga, Canada. This significant investment is designed
to meet escalating customer demand and, crucially, to reinforce the company's fully
integrated service offerings for the manufacturing of next-generation bioconjugate
therapeutics, particularly Antibody-Drug Conjugates (ADCs).

Advanced HPAPI and Kilolab Capabilities Bolster End-to-End Solutions

The expansion significantly enhances Eurofins CDMO Alphora's flexibility and capacity
for process development, scale-up, and GMP (Good Manufacturing Practice)
manufacturing, ranging from gram to kilogram scales. The newly enhanced HPAPI-
capable facilities are critical for the synthesis and production of ADC payloads—potent
cytotoxic drugs—and linkers. Given the extreme potency of these drug substances, their
manufacture demands stringent containment and safety measures. Eurofins CDMO
Alphora already offers a broad spectrum of biologics capabilities, including the
development and manufacturing of monoclonal antibodies (mAbs) and other proteins,
alongside sterile fill-finish services. By bolstering its manufacturing capacity for both the
antibody component and the drug component (payload and linker) of ADCs, this
expansion empowers the company to provide customers with an 'antibody to final ADC
formulation' end-to-end integrated solution. This comprehensive approach is designed
to eliminate the complexities of managing multiple vendors, accelerate development
timelines, and reduce overall supply chain complexities for clients.



Industry Context: Addressing Bottlenecks in the Booming ADC Market

Antibody-Drug Conjugates (ADCs) are rapidly emerging as one of the most promising
modalities in cancer treatment, requiring highly specialized expertise and facilities for
their development and manufacturing. ADCs are comprised of three key elements: a
targeted antibody, a potent cytotoxic payload, and a stable linker that connects the two.
The high potency of the payloads, in particular, necessitates specialized facilities and
rigorous safety standards for their handling. As the ADC pipeline has expanded in recent
years, global demand for specialized Contract Development and Manufacturing
Organizations (CDMOs) has surged, yet supply remains limited. The expansion of HPAPI
and ADC manufacturing capabilities by companies like Eurofins CDMO Alphora is
therefore crucial for alleviating these market bottlenecks and accelerating the delivery of
groundbreaking cancer therapeutics to patients.

Future Outlook: Accelerating Next-Generation Bioconjugate Therapies

Eurofins CDMO Alphora's expanded capabilities are poised to play a pivotal role in
accelerating the development and manufacturing of next-generation ADCs and other
high-potency bioconjugate therapeutics. The integrated service offering will enable
pharmaceutical companies to seamlessly transition from R&D stages through to
commercialization, ultimately enhancing overall efficiency and cost-effectiveness. This
strategic investment is expected to support the sustained growth of the ADC market and
contribute significantly to the development of safer and more effective cancer
treatments. The industry will keenly watch for the new ADC projects that the company
will support and its contributions to the market moving forward.

Source: https://lasvegassun.com/news/2026/aug/13/eurofins-cdmo-alphora-expands-kilolab-and-high-
pot/
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#58 ReCode Therapeutics、嚢胞性線維症財団からの資金
調達と遺伝子編集企業との提携を発表：SORT LNPプラッ
トフォームでRCT2100のPhase 2a試験を加速

OVERVIEW

ReCode Therapeutics has announced new funding from the Cystic Fibrosis

Foundation and a strategic partnership with a leading gene editing company. These

initiatives will accelerate the development of their proprietary Selective Organ

Targeting (SORT) Lipid Nanoparticle (LNP) platform, which precisely delivers genetic
medicines to disease-relevant cells. With their lead program, RCT2100 for cystic

fibrosis, having fully enrolled its FDA Fast Track-designated Phase 2a trial, ReCode is

poised to advance innovative therapies for genetic diseases.
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Key Announcements

ReCode Therapeutics has announced significant new funding from the Cystic Fibrosis
Foundation and a strategic partnership with a leading gene editing company. These
developments are set to further advance the company's groundbreaking Selective Organ
Targeting (SORT) Lipid Nanoparticle (LNP) platform, accelerating the development of
genetic medicines for inherited diseases, including cystic fibrosis (CF). Notably, the Phase
2a trial for RCT2100, ReCode's lead program, has now fully enrolled, signifying steady
progress in its clinical development.

Background and Industry Context

While gene editing and mRNA therapies hold immense promise for treating genetic
diseases, a significant challenge remains: precisely controlling "where, how much, and
when" these therapeutics are delivered. Lipid nanoparticles (LNPs) have proven their
efficacy as a primary delivery system in mRNA vaccines; however, most systemically
administered LNPs tend to accumulate in the liver. ReCode's SORT LNP technology offers
a breakthrough approach to overcome this limitation, enabling targeted delivery to
specific organs beyond the liver, particularly the lungs. The funding from the Cystic
Fibrosis Foundation and the partnership with a leading gene editing company clearly
underscore the potential value of this technology and the substantial unmet need in
cystic fibrosis treatment. These partnerships are crucial for accelerating technological
development and expanding the scope of clinical applications.

The SORT LNP Platform: A Technical Overview

ReCode Therapeutics' SORT LNP platform represents a unique technology designed for
the highly precise delivery of genetic medicines—specifically mRNA, siRNA, and CRISPR
gene editing tools—to organs, tissues, and cells specifically implicated in disease. This
proprietary platform precisely modifies the lipid composition and surface characteristics
of LNPs, enabling them to recognize specific cellular receptors and molecular markers.
This dramatically enhances uptake efficiency into target organs, minimizing off-target
effects of therapeutic agents while maximizing drug concentration at the disease site.
The expected outcome is significantly improved therapeutic efficacy and safety.



Clinical Development: RCT2100 for Cystic Fibrosis

RCT2100, ReCode's lead therapeutic candidate, is a treatment for cystic fibrosis (CF) and
has already received Fast Track designation from the FDA. Cystic fibrosis is a genetic
disorder caused by mutations in the CFTR gene, leading to severe symptoms primarily
affecting the lungs and digestive system. RCT2100 leverages the SORT LNP platform to
deliver functional CFTR mRNA to lung cells, aiming to address the root cause of the
disease by complementing the defective protein. The ongoing Phase 2a trial has now
fully enrolled patients, and data regarding safety, pharmacokinetics, and initial efficacy
are anticipated to be announced in due course.

Future Outlook

The results from the RCT2100 Phase 2a trial will represent a crucial milestone, not only
for ReCode Therapeutics but also for the broader SORT LNP platform technology. Should
promising data emerge, it would significantly broaden the potential application of this
technology to various genetic diseases beyond cystic fibrosis and to therapies targeting
other organs. Through new funding and partnerships, ReCode aims to further strengthen
its research and development pipeline and establish itself as a leader in the targeted
delivery of genetic medicines. The long-term vision is to provide safer and more effective
gene therapies to a greater number of patients.

Source: https://www.biospace.com/press-releases/recode-therapeutics-announces-new-funding-from-
the-cystic-fibrosis-foundation-collaboration-with-a-leading-gene-editing-company-and-leadership-

transition

Collected: August 14, 2026 | Automated Research System (Gemini API)

https://www.biospace.com/press-releases/recode-therapeutics-announces-new-funding-from-the-cystic-fibrosis-foundation-collaboration-with-a-leading-gene-editing-company-and-leadership-transition
https://www.biospace.com/press-releases/recode-therapeutics-announces-new-funding-from-the-cystic-fibrosis-foundation-collaboration-with-a-leading-gene-editing-company-and-leadership-transition
https://www.biospace.com/press-releases/recode-therapeutics-announces-new-funding-from-the-cystic-fibrosis-foundation-collaboration-with-a-leading-gene-editing-company-and-leadership-transition


#59 FDA、原発性硬化性胆管炎（PSC）による胆汁うっ滞
性掻痒症治療薬volixibatに画期的治療薬および希少疾病用
医薬品指定を付与

OVERVIEW

The U.S. FDA has granted both Breakthrough Therapy Designation (BTD) and Orphan

Drug Designation (ODD) to volixibat, an investigational ileal bile acid transporter

(IBAT) inhibitor, for the treatment of cholestatic pruritus associated with Primary

Sclerosing Cholangitis (PSC). These designations stem from promising topline results
of the Phase 2b VISTAS trial, which demonstrated volixibat's statistically significant

improvement in itch severity and reduction in serum bile acid levels. This dual

recognition is poised to expedite the development and regulatory review of a much-

needed treatment for PSC patients, addressing a significant unmet medical need.
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Background on Primary Sclerosing Cholangitis

Primary Sclerosing Cholangitis (PSC) is a progressive, rare liver disease characterized by
chronic inflammation and scarring of the bile ducts, both intrahepatic and extrahepatic.
This scarring obstructs bile flow, leading to severe complications and frequently
necessitating liver transplantation. A particularly debilitating symptom for PSC patients is
cholestatic pruritus (intense itching), which significantly impairs quality of life and often
proves refractory to current treatments, highlighting a substantial unmet medical need.
The FDA's Breakthrough Therapy Designation (BTD) accelerates the review of therapies
for serious conditions that show a significant clinical improvement over existing options,
based on preliminary evidence. Concurrently, Orphan Drug Designation (ODD)
incentivizes the development of treatments for rare diseases.

Breakthrough Designations and Key Trial Findings

The U.S. Food and Drug Administration (FDA) has awarded both Breakthrough Therapy
Designation (BTD) and Orphan Drug Designation (ODD) to volixibat, an investigational
ileal bile acid transporter (IBAT) inhibitor, for the treatment of cholestatic pruritus
associated with PSC. This dual recognition underscores the FDA's acknowledgement of
volixibat's significant potential to address a critical unmet medical need in PSC patients.
These designations were primarily driven by the compelling topline results from the
Phase 2b VISTAS trial. In this study, volixibat-treated PSC patients suffering from
moderate-to-severe pruritus showed a statistically significant improvement in itch
severity compared to placebo. The trial also reported a substantial reduction in serum
bile acid levels in the treatment arm, clinically validating volixibat's proposed mechanism.
Importantly, the safety profile was deemed acceptable.



Mechanism of Action

Volixibat operates as an oral, highly selective inhibitor of the ileal bile acid transporter
(IBAT) located in the terminal ileum. This transporter plays a crucial role in the
enterohepatic circulation, facilitating the reabsorption of bile acids from the gut back to
the liver. In PSC, compromised bile flow leads to the systemic accumulation of bile acids,
which is a key driver of the severe cholestatic pruritus experienced by patients. By
blocking IBAT, volixibat effectively disrupts this enterohepatic recycling loop, diverting
excess bile acids for excretion in the feces. This mechanism is designed to reduce overall
serum bile acid levels, thereby mitigating the intensity of pruritus. The observed
reduction in serum bile acid levels in the VISTAS trial directly supports the clinical
effectiveness of this targeted pharmacological approach.

Industry Impact and Future Outlook

The dual designations for volixibat are expected to significantly accelerate its
development timeline and expedite regulatory review. Pending successful outcomes
from larger-scale, long-term clinical trials, volixibat could represent a critically awaited
new therapeutic option for PSC patients. This progress is also anticipated to catalyze the
development of other targeted therapies for intractable hepatobiliary diseases.
Furthermore, researchers will likely explore volixibat's potential applicability to other
cholestatic conditions. The hope is that volixibat will not only dramatically improve the
quality of life for PSC patients by alleviating pruritus but also potentially slow the
progression of this challenging disease.

Source: https://www.hcplive.com/view/fda-grants-volixibat-breakthrough-therapy-orphan-designations-
for-psc
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#60 Alector、トランスフェリン受容体標的化「Brain
Carrier」プラットフォームの進捗を報告：脳への治療薬送
達を強化し、安全性も両立

OVERVIEW

Alector recently announced significant progress with its proprietary Alector Brain

Carrier (ABC) blood-brain barrier (BBB) platform, designed to substantially enhance

the delivery of therapeutic agents to the brain. By precisely targeting distinct regions

of the transferrin receptor (TfR), the platform aims for efficient and increased brain
uptake while maintaining a favorable safety profile through peripheral administration.

This advancement holds the potential to overcome a critical bottleneck in developing

novel treatments for neurodegenerative diseases such as Alzheimer's and Parkinson's.
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Background

Neurodegenerative diseases such as Alzheimer's, Parkinson's, and Amyotrophic Lateral
Sclerosis (ALS) represent areas of high unmet medical need, largely due to the profound
difficulty in delivering therapeutic agents across the blood-brain barrier (BBB) to their
specific targets within the brain. While the BBB is essential for protecting the central
nervous system, it simultaneously obstructs the entry of most drugs, posing a significant
challenge in developing effective treatments. Alector's proprietary Alector Brain Carrier
(ABC) platform directly addresses this long-standing 'brain access' bottleneck. This
innovative technology strategically targets the transferrin receptor (TfR), a protein
inherently capable of traversing the BBB and physiologically facilitating the uptake of
molecules into the brain via an endogenous iron transport pathway. Alector's approach
employs antibody-based carriers specifically engineered to bind to distinct regions of the
TfR. This precise targeting aims to mitigate off-target effects and toxicity risks commonly
observed with other TfR-targeting strategies, thereby ensuring therapeutics are
efficiently delivered to achieve therapeutically effective concentrations within brain
tissue, even via peripheral administration. Maintaining a favorable safety profile
concurrently is critically important for neurodegenerative diseases, which often
necessitate long-term treatment. The validity of TfR-targeting approaches is gaining
traction, exemplified by the regulatory approval of Denali Therapeutics' tividenofusp
(Avlayah) for Hunter syndrome, which utilizes a similar mechanism. Alector’s ABC
platform seeks to further optimize this strategy, balancing enhanced brain delivery
efficiency with robust safety.



Key Findings

Alector announced significant progress with its proprietary Alector Brain Carrier (ABC)
blood-brain barrier (BBB) platform during its Q2 2026 financial and business update. The
company emphasized the ABC platform's strategic importance in enhancing therapeutic
drug delivery to the brain. This innovative platform is designed to achieve efficient and
significantly enhanced brain delivery by precisely targeting distinct binding sites on the
transferrin receptor (TfR), while concurrently maintaining a favorable safety profile. The
advancement of the ABC platform introduces new hope for treating neurodegenerative
diseases, holding the potential to develop groundbreaking therapies for many previously
untreatable conditions by enabling efficient and safe drug delivery to the brain. Alector
aims to leverage this platform to enhance brain delivery for multiple neurodegenerative
drug candidates within its pipeline, with future clinical validation anticipated to further
confirm its efficacy and safety. This technology holds the potential to fundamentally
transform drug discovery in the neuroscience field.

Source: https://investors.alector.com/news-releases/news-release-details/alector-reports-second-quarter-

2026-financial-results-and/
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#61 Lonza Capsugel、GLP-1ペプチドの経口送達に向けた
二層保護戦略を開発：脂質ベース製剤と腸溶カプセルで酵

素分解を抑制

OVERVIEW

Lonza Capsugel has engineered a novel dual-layer protection strategy to enable oral

delivery of GLP-1 peptides, circumventing the critical challenge of enzymatic

degradation within the gastrointestinal tract. This innovative proof-of-concept

platform integrates hydrophobic ion pairing (HIP), lipid-based formulations (LBF), and
enteric capsule technology. Initial in vitro results show significantly enhanced

protection against enzymatic breakdown, paving the way for improved patient

convenience and adherence for GLP-1 therapies in diabetes and obesity.
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Background

GLP-1 receptor agonists are highly effective treatments for Type 2 diabetes and obesity,
with global demand on the rise. However, the majority are injectable, posing a significant
burden on patients and leading to challenges in treatment adherence. While oral GLP-1
medications like oral semaglutide exist, their delivery often requires very high peptide
concentrations and specialized absorption enhancers, leading to increased
manufacturing costs and formulation complexity. Lonza Capsugel's dual-layer protection
strategy opens a new pathway for enabling the oral delivery of a broader range of
peptide therapeutics, particularly GLP-1 peptides.

Key Findings

A team of researchers at Lonza Capsugel has developed and evaluated an innovative
"dual-layer protection strategy" to enable the oral delivery of GLP-1 peptides. This proof-
of-concept platform demonstrates a promising approach to overcome the longstanding
challenge of enzymatic degradation of peptide drugs within the gastrointestinal tract by
uniquely combining hydrophobic ion pairing (HIP), lipid-based formulations (LBF), and
enteric capsule technology.

The Dual-Layer Protection Strategy: Technical Details

Oral delivery of biologics like GLP-1 peptides has historically been extremely challenging
due to their size, susceptibility to digestive enzymes, and low permeability across the
gastrointestinal epithelium. Lonza Capsugel's developed dual-layer protection strategy
integrates multiple approaches to address these critical hurdles.

The first protective layer involves Hydrophobic Ion Pairing (HIP). This technique
transforms hydrophilic peptide molecules into more hydrophobic complexes,
significantly improving their solubility within lipid-based formulations (LBFs).

Secondly, by incorporating these HIP complexes into a Lipid-Based Formulation (LBF),
the peptide is shielded from digestive enzymes in the gastrointestinal fluids, thereby
enhancing its stability.



Furthermore, this LBF is encapsulated within an enteric capsule. This design ensures the
capsule remains intact as it passes through the highly acidic environment of the
stomach, releasing the peptide in the more neutral conditions of the small intestine. The
small intestine offers a comparatively lower enzymatic activity and more favorable
conditions for drug absorption.

In vitro evaluations have demonstrated that this combined approach significantly
protects GLP-1 peptides from enzymatic degradation in simulated digestive fluids. This
technology lays the foundation for improving in vivo bioavailability and ultimately
contributing to the clinical success of oral GLP-1 therapies.

Industry Impact and Future Outlook

The promising in vitro results of this dual-layer protection strategy pave the way for
future in vivo animal studies and human clinical trials. If confirmed for in vivo
bioavailability and therapeutic efficacy, this platform could be broadly applicable not
only to GLP-1 peptides but also to the oral delivery of various other therapeutic
peptides.

Lonza Capsugel aims to further develop this technology and collaborate with
pharmaceutical partners to bring more oral peptide therapeutics to market. This
advancement represents a crucial step in diversifying biopharmaceutical administration
routes and reinforcing a patient-centric direction in drug discovery. Ultimately, success
means eliminating the need for injections, greatly enhancing patient convenience, and
potentially increasing treatment adherence. This initiative serves as a concrete example
of how innovation in Drug Delivery System (DDS) technologies can contribute to patient-
centered healthcare.

Source: https://www.capsugel.com/knowledge-center/pharma/capsules/oral-glp1-delivery-enteric-

capsules
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#62 ペプチド治療薬の現状と展望：FDA承認100種に迫る
中、経口送達の課題と革新的な取り組み

OVERVIEW

The FDA has approved nearly 100 peptide therapeutics for conditions ranging from

diabetes to multiple sclerosis, yet most require injection due to their susceptibility to

gastrointestinal degradation. A recent breakthrough, oral semaglutide, demonstrates

that sophisticated formulation techniques, including high peptide concentrations and

absorption enhancers, can overcome these hurdles, paving the way for a new era in

oral peptide drug delivery. This success story is catalyzing significant innovation in

drug delivery systems.
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Background: The Promise and Challenge of Peptide Therapeutics

Peptides, molecules composed of two or more amino acids linked by peptide bonds,
occupy a unique space between simple amino acids and complex proteins. Their distinct
target-binding capabilities and favorable safety profiles have long positioned them as
potent pharmaceutical agents. The pharmacological potential of peptides, recognized for
their diverse physiological roles in vivo, has, however, been constrained by significant
pharmacokinetic challenges. Oral administration, offering vast improvements in patient
convenience and treatment adherence, has thus been a long-standing R&D holy grail for
the pharmaceutical industry.

Key Findings: A Surge in Approvals and the Oral Delivery Conundrum

A recent comprehensive report from Stanford Medicine offers deep insights into the
current landscape and future prospects of peptide therapeutics. The FDA has already
approved nearly 100 peptide-based drugs, addressing a wide array of conditions from
diabetes and multiple sclerosis to septic shock. Despite this surge in approvals, oral
delivery of peptides remains a formidable challenge, with most approved peptide drugs
administered via injection. However, the recent approval of oral semaglutide stands out
as a remarkable success story, demonstrating a viable pathway to overcoming these
long-standing barriers.



Technical and Clinical Details: Decoding Oral Semaglutide's Success

The primary hurdles for oral peptide delivery stem from their inherent instability in the
gastrointestinal (GI) tract's acidic environment and susceptibility to proteolytic enzymes.
Furthermore, their relatively large molecular size impedes efficient absorption across the
intestinal epithelium. Consequently, ensuring sufficient bioavailability for most approved
peptide therapeutics has necessitated parenteral administration, typically via
subcutaneous or intravenous injection. Oral semaglutide, a GLP-1 receptor agonist for
type 2 diabetes and obesity, represents the singular, groundbreaking exception. Its
formulation ingeniously incorporates a specialized absorption enhancer, sodium N-(8-[2-
hydroxybenzoyl]amino)caprylate (SNAC), which mitigates degradation in the stomach
and facilitates absorption in the small intestine. Crucially, the formulation also includes a
significantly high concentration of the peptide to compensate for inevitable losses
during digestion. This pioneering achievement unequivocally demonstrates that effective
oral peptide delivery is attainable through advanced Drug Delivery Systems (DDS)
technologies.

Industry Context and Broader Implications

The triumph of oral semaglutide has invigorated research in this domain, fueling
expectations for novel technological advancements capable of enabling oral delivery for
a wider range of peptides and protein-based therapeutics. Industry leaders like Lonza
Capsugel, for instance, are actively exploring combinations of lipid-based formulations
and enteric capsules to achieve oral delivery of GLP-1 peptides. Such advancements are
pivotal for diversifying the administration routes of biopharmaceuticals and realizing a
truly patient-centric healthcare paradigm.



Future Outlook: Pioneering New Delivery Avenues

The field of peptide therapeutics is poised for continuous expansion, driven by relentless
innovation in DDS technologies. Oral semaglutide's success serves as a crucial
benchmark, galvanizing the development of numerous other oral peptide therapies.
Researchers are now intensely focused on several key areas: chemical modifications to
enhance peptide stability, novel excipients and sophisticated delivery systems (such as
nanoparticles, microcapsules, and transdermal patches) to boost gastrointestinal
absorption, and AI-driven optimization of formulation design. These concerted efforts
promise a future where many peptide therapeutics, historically confined to injectables,
will become available as convenient oral formulations. This paradigm shift holds the
potential to fundamentally transform the treatment landscape for a variety of chronic
conditions, including diabetes, obesity, and osteoporosis, ushering in an era of more
accessible and patient-friendly therapies.

Source: https://med.stanford.edu/news/insights/2026/08/peptides-what-does-the-science-say.html
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#63 HuidaGene TherapeuticsのDMD遺伝子編集療法
HG302初回ヒト投与試験で致死的な有害事象が発生

OVERVIEW

HuidaGene Therapeutics has reported a fatal serious adverse event (SAE) in the

HG302-01 first-in-human trial of its investigational CRISPR-based gene-editing

therapy, HG302, for Duchenne muscular dystrophy (DMD). Designed to restore

dystrophin expression and previously granted U.S. FDA Orphan Drug Designation, this

tragic event re-ignites critical safety concerns for gene-editing therapies, potentially

impacting future clinical development across the field.
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Key Findings

HuidaGene Therapeutics has announced the occurrence of a fatal serious adverse event
(SAE) in HG302-01, the first-in-human trial of its investigational CRISPR-based gene-
editing therapy, HG302, for Duchenne muscular dystrophy (DMD). This unexpected and
tragic outcome has prompted a temporary suspension of clinical development and re-
ignites critical concerns regarding the safety of gene-editing therapies, particularly those
employing systemically administered viral vectors.

Technical & Clinical Details

Duchenne muscular dystrophy (DMD) is a severe genetic disorder stemming from
mutations in the dystrophin gene, leading to progressive muscle wasting and severe
cardiac and respiratory complications. HG302 is a gene-editing therapy meticulously
engineered to correct these dystrophin gene mutations using the CRISPR-Cas9 system,
aiming to restore functional dystrophin protein expression. The therapy had garnered
significant anticipation for its therapeutic potential, underscored by its Orphan Drug
Designation from the U.S. FDA. The HG302-01 trial was initiated to assess HG302's safety,
tolerability, and preliminary efficacy in DMD patients. The fatal SAE, however, highlights
persistent safety challenges in gene therapy, especially with systemically administered
vectors. Identifying the specific cause of the SAE—which could range from immunogenic
reactions and off-target effects to vector-related toxicity—will be paramount for any
future development trajectory.



Broader Context & Industry Implications

Gene therapy and gene-editing technologies continue to represent immense promise as
potentially curative treatments for numerous genetic disorders, including DMD. Adeno-
associated virus (AAV) vectors, widely favored in somatic gene therapy for their efficient
gene delivery and generally favorable safety profile, are often employed. Yet, historical
clinical trials have documented that high-dose systemic administration of AAV vectors
can induce SAEs, such as hepatotoxicity and immune responses. HuidaGene's
announcement serves as a sobering reminder of the inherent risks that accompany
significant advancements in gene therapy, emphasizing the critical need for robust safety
monitoring and sophisticated risk management. This incident is expected to resonate
across the entire DMD therapeutic development community, potentially spurring other
gene therapy developers to rigorously review and enhance their existing safety
protocols.

Outlook and Challenges Ahead

The fatal SAE in the HG302-01 trial constitutes a substantial setback for HuidaGene
Therapeutics' HG302 program. The company is now faced with the critical task of
thoroughly investigating the cause of the SAE and, in close collaboration with regulatory
authorities, determining the program's path forward. This outcome further amplifies the
imperative for continued research focused on bolstering the safety profile of gene-
editing technologies. Overcoming technical hurdles such as minimizing off-target effects,
reducing vector immunogenicity, and developing even safer delivery systems remains a
paramount objective. While the urgent unmet medical needs of DMD patients
underscore the continued importance of R&D in this domain, this unfortunate event
powerfully illustrates that the journey toward the commercialization of gene therapies
remains complex, fraught with challenges, and demands unwavering vigilance.

Source: https://www.huidagene.com/new/news/82
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#64 Xtalpiと甘李薬業のAIペプチド送達ラボが北京市重点
実験室に認定：経口ペプチド薬開発をAIで加速

OVERVIEW

The AI Peptide Delivery Lab, a joint venture by Xtalpi and Gan & Lee Pharmaceuticals,

has been officially designated a Beijing Key Laboratory, recognizing its cutting-edge

R&D. This lab focuses on AI-driven platforms, novel oral delivery systems, and ultra-

long-acting formulations to overcome significant challenges in oral peptide drug

development. This strategic move is set to accelerate patient-friendly therapeutics for

chronic metabolic diseases, leveraging AI to enhance compliance and market access.
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Background: Addressing the Peptide Drug Dilemma

Peptide therapeutics are highly promising agents due to their inherent selectivity and
safety, offering significant potential across a spectrum of diseases including cancer,
diabetes, and autoimmune disorders. However, their therapeutic utility has been largely
constrained by poor pharmacokinetic properties: peptides are prone to rapid
degradation in the gastrointestinal tract and exhibit limited absorption, necessitating
administration via injection. While the successful development of oral semaglutide has
underscored the transformative potential of orally delivered peptides, the formulation
challenges remain formidable. Recognizing these complexities, the pharmaceutical
industry is increasingly integrating artificial intelligence (AI) to revolutionize molecular
design and optimize drug delivery systems (DDS).

AI Peptide Delivery Lab Earns Key Beijing Designation

In a significant boost for pharmaceutical innovation, the AI Peptide Delivery Lab, a
collaborative effort between AI drug discovery firm Xtalpi and leading pharmaceutical
company Gan & Lee Pharmaceuticals, has been officially recognized as a Beijing Key
Laboratory in China. This prestigious designation formally acknowledges the lab's
pioneering research and development capabilities, particularly its strategic application of
AI in peptide drug R&D, with a sharp focus on novel oral delivery systems and extended-
release formulations. This national recognition is poised to substantially accelerate the
development cycle for oral peptide drugs.

Core Initiatives Driving Next-Generation Therapeutics

The newly designated AI Peptide Delivery Lab is concentrating its advanced research
efforts on three pivotal areas:

1. AI-Driven Integrated Platform: This initiative leverages AI and sophisticated
computational science to streamline the entire process of designing, optimizing, and
developing peptide drugs and their associated delivery systems. Its goal is to rapidly
identify the most viable molecular candidates from vast datasets, thereby significantly
reducing drug development timelines.



2. Novel Oral Delivery Systems: The lab is dedicated to engineering breakthrough oral
delivery technologies that enhance peptide stability within the harsh environment of the
gastrointestinal tract and dramatically improve absorption efficiency. This work aims to
fundamentally transform the administration route for peptide drugs, moving beyond the
current reliance on injectables.

3. Ultra-Long-Acting and Sustained-Release Formulations: To improve patient
adherence and reduce the burden of frequent dosing, the lab is developing peptide
formulations designed to provide therapeutic effects for periods ranging from several
weeks to months following a single administration.

Technological Edge: AI's Role in Overcoming Pharmacokinetic Barriers

A central challenge in developing effective oral peptide drugs has been their inherent
vulnerability to degradation and limited absorption within the digestive system. This
laboratory is at the forefront of employing AI-driven strategies to innovate both
molecular design and advanced formulation strategies to surmount these persistent
pharmacokinetic obstacles. AI's unparalleled capability to analyze millions of compound
structures and biological data allows for the precise prediction of optimal peptide
sequences, modification methods, and sophisticated delivery carriers. This data-intensive
approach offers a substantial efficiency advantage over traditional, resource-intensive
trial-and-error methodologies.



Industry Impact and Future Outlook

The partnership between Xtalpi and Gan & Lee Pharmaceuticals, uniting cutting-edge AI
with advanced peptide science, represents a robust strategy for creating patient-centric,
differentiated therapeutic options, especially crucial for widespread conditions such as
chronic metabolic diseases. This Key Laboratory designation is further bolstered by the
Chinese government's national strategy to advance AI in drug discovery, positioning the
lab as a vital component in reinforcing the nation's R&D infrastructure. The recognition is
expected to unlock additional funding and resources, significantly accelerating the lab's
research and development trajectory. The successful development of oral peptide
delivery systems will dramatically enhance patient compliance and expand market access
for these critical medications. Furthermore, long-acting formulations promise to elevate
patients' quality of life by reducing injection frequency and holding the potential for
substantial reductions in healthcare costs. The anticipated research breakthroughs from
this lab are poised to offer new hope to countless patients globally suffering from
diabetes, obesity, and other metabolic disorders. The international scientific and
engineering community is keenly observing how this powerful convergence of AI and
biology will redefine the future landscape of drug discovery.

Source: https://flcube.com/?p=72251
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#65 ライス大学、電気電荷を利用してペプチドの徐放性を
制御する新技術を開発：2〜3週間の放出延長を実現し、組
織工学・薬物送達を革新

OVERVIEW

Engineers at Rice University have developed a novel strategy to precisely control the

release of therapeutic peptides from gelatin-based materials. By adjusting the

peptide's electrical charge, the team significantly extended release duration to 2-3

weeks, enhancing the utility of these small molecules in tissue engineering and drug
delivery. This breakthrough, achieved by adding short, charged amino acid sequences

to peptides to boost electrostatic attraction with gelatin carriers, promises to

revolutionize regenerative medicine and the development of long-acting therapeutic

drugs.
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Background

In the fields of tissue engineering and regenerative medicine, there is a critical demand
for the localized and sustained delivery of therapeutic molecules, such as growth factors
and peptides, to tissue defect sites. This is essential for promoting cell growth,
differentiation, and tissue repair. However, many of these molecules are inherently
unstable in biological environments or rapidly degrade and diffuse, making effective
Drug Delivery Systems (DDS) indispensable. Traditional drug delivery systems often face
challenges, including an initial burst release that is too rapid or insufficient sustained
release over time. Rice University's new technology offers an elegant and highly effective
approach by leveraging the physicochemical property of electrical charge to control the
interaction between biodegradable materials (specifically gelatin) and therapeutic drug
molecules. This method, which avoids the need for complex chemical modifications or
expensive specialized materials, potentially lowers the barrier to practical application and
widespread adoption. Consequently, it opens significant new possibilities for a range of
applications, including the regeneration of tissues such as bone, cartilage, and skin, as
well as the development of long-acting therapeutic agents for chronic diseases.

Key Findings

Engineers at Rice University have successfully developed a novel strategy to precisely
control both the rate and the duration of therapeutic peptide release from gelatin-based
biomaterials. This groundbreaking approach demonstrated a significant extension of the
drug delivery period, achieving durations of 2 to 3 weeks, through the deceptively simple
yet powerful method of adjusting the peptide's inherent electrical charge. This
advancement holds profound implications for the future of tissue engineering and the
development of advanced, long-acting therapeutic drugs.



Technical & Clinical Details

The research team focused their efforts on gelatin, a highly biocompatible and widely
utilized polymer. Gelatin is a natural component of biological tissues and exhibits a slow
degradation profile in vivo, making it an ideal candidate as a drug carrier. However,
achieving precise control over the rate of peptide release from gelatin has historically
presented a significant challenge. The researchers at Rice University discovered that the
key to finely tuning these release rates lies in manipulating the peptide's own electrical
charge. Specifically, they engineered therapeutic peptides by adding short, strategically
charged amino acid sequences (for example, sequences rich in basic amino acids like
arginine or lysine). This modification dramatically strengthened the electrostatic
attraction between the modified peptide and the negatively charged gelatin matrix. This
enhanced attractive force effectively 'tethers' the peptide more securely within the
gelatin structure, resulting in a significantly slower and more sustained release profile.
Experimental validation confirmed that this electrical charge adjustment strategy could
extend the duration of peptide release from merely a few days to an impressive 2 to 3
weeks. This extended release is critical for reducing the necessity for frequent re-
administration, thereby enhancing patient convenience and significantly improving
overall treatment efficacy.



Implications & Outlook

The research findings from Rice University represent a substantial leap forward in the
field of controlled drug delivery. Moving forward, there is considerable anticipation for
this technology to be broadly applied to a diverse range of therapeutic peptides and
other small molecule drugs, with subsequent validation of their in vivo efficacy and
safety. Crucially, drug delivery systems capable of sustained therapeutic release over
several weeks at specific tissue or disease sites will have a transformative impact. Such
systems will greatly contribute to the more effective management of chronic diseases,
accelerate post-operative recovery processes, and substantially reduce the burden on
patients who currently require frequently injected medications. If successfully
commercialized, this technology is poised to significantly enhance the performance and
applicability of regenerative medicine products and contribute profoundly to the
development of novel drugs designed to improve patients' quality of life. The research
team intends to further explore methods for even more precise tuning of release profiles
and investigate the applicability of this innovative approach to a broader array of
different biomaterials.

Source: https://news.rice.edu/news/2026/rice-researchers-use-electrical-charge-improve-controlled-

peptide-delivery
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#66 ProQR Therapeutics、Axiomer RNA編集プラットフ
ォームの初の臨床検証を達成：AX-0810がNTCP調節を示
し、胆汁うっ滞性肝疾患治療へ進展

OVERVIEW

ProQR Therapeutics has reported the first clinical validation of its proprietary Axiomer

RNA editing platform, achieved through Phase 1 target engagement data for AX-

0810. This candidate demonstrated modulation of NTCP, a key transporter, indicating

significant progress towards treating cholestatic liver diseases. With a robust pipeline,
including upcoming clinical milestones for AX-0811, AX-0422, and AX-2911, and

bolstered by $59.2 million in financing, ProQR is poised to advance its innovative RNA

editing therapies.
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Key Achievements

ProQR Therapeutics has announced a pivotal achievement: the first clinical validation of
its proprietary Axiomer RNA editing platform. Phase 1 data for its lead candidate, AX-
0810, demonstrated modulation of NTCP (sodium-dependent taurocholate
cotransporting polypeptide), signaling accelerated clinical development for cholestatic
liver disease. This milestone is particularly significant as it marks the first clinical proof-
of-concept for RNA editing as a therapeutic modality.

Technical and Clinical Details

The Axiomer platform by ProQR leverages ADAR (adenosine deaminase acting on RNA)-
mediated RNA editing to precisely modify genetic sequences at the RNA level. This
enzymatic process converts specific adenosines within double-stranded RNA into
inosine, which cells interpret as guanosine. This re-coding effectively alters mRNA
sequences, leading to modified protein amino acid compositions or regulated gene
expression. AX-0810, the lead candidate, employs this technology to target NTCP, a
critical transporter for bile acid uptake in the liver. Its successful target engagement in
Phase 1 trials underscores the platform's precision and therapeutic potential. Modulating
NTCP is crucial for cholestatic liver diseases like primary biliary cholangitis and
progressive sclerosing cholangitis, as it can reduce systemic bile acid accumulation and
ameliorate disease progression.

Building on AX-0810's momentum, ProQR detailed a robust pipeline. Phase 1 data for
AX-0811 are projected by late 2026. Patient data from an investigator-initiated trial (IIT)
for biliary atresia and for AX-0422 (IDUA) are expected in early 2027. Additionally, AX-
2911 (PNPLA3) is slated for clinical entry in 2027, targeting metabolic disorders such as
non-alcoholic steatohepatitis (NASH). Financially, the company is well-positioned, having
secured $59.2 million in financing, resulting in €117.1 million in cash and equivalents by
Q2 2026, projected to sustain operations until mid-2028. This financial strength
underpins the aggressive advancement of its clinical programs.



Industry Context and Technological Significance

RNA editing technology represents a significant departure from conventional gene
therapies or antisense oligonucleotides (ASOs), promising transformative treatments for
genetic disorders and cancers. Unlike DNA-altering methods, RNA-level editing avoids
permanent genomic modifications, suggesting a potentially enhanced safety profile.
Cholestatic liver diseases, characterized by impaired liver function and severe pruritus,
remain challenging to treat, with many patients experiencing inadequate responses to
current therapies. This unmet need underscores the importance of novel treatment
avenues. NTCP, a crucial regulator of bile acid metabolism, emerges as a highly
promising therapeutic target. ProQR's clinical validation of the Axiomer platform is a
pivotal moment, signaling RNA editing's transition from theoretical promise to a tangible
therapeutic modality and is expected to catalyze broader research and development
across the field.

Future Outlook

The successful clinical validation of ProQR's Axiomer platform marks a watershed
moment for the future of RNA editing technology. Anticipated advancements include
further clinical development for AX-0810 and the progression of pipeline candidates AX-
0811, AX-0422, and AX-2911. These therapeutics hold the promise of delivering novel
options for patients afflicted with a spectrum of genetic and hepatic metabolic disorders,
significantly enhancing their quality of life. Beyond its current applications, RNA editing
technology boasts expansive potential, including therapies for cancer and viral infections,
making its ongoing research and development a critical area to watch.

Source: https://quartr.com/events/proqr-therapeutics-n-v-prqr-q2-2026_F3syRDyt
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#67 Korro Bio、高アンモニア血症治療薬KRRO-121の初
回ヒト臨床試験を年内開始へ：α-1アンチトリプシン欠損
症向けKRRO-111も候補薬に指名

OVERVIEW

Korro Bio has announced plans to initiate first-in-human clinical trials for its

hyperammonemia treatment candidate, KRRO-121, in late 2026. Concurrently, the

company designated KRRO-111 as a potential 'best-in-class' candidate for Alpha-1

Antitrypsin Deficiency (AATD), leveraging a subcutaneously administrable GalNAc-
conjugated oligonucleotide. These milestones signify Korro Bio's successful

translation of its innovative RNA editing technology into advanced therapeutic

candidates for critical unmet needs in rare diseases.
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Background

RNA editing represents a significant paradigm shift in treating genetic and other
diseases by offering a reversible approach to modify genetic information at the RNA
level, rather than directly altering DNA. This technology presents distinct advantages,
including a potentially lower risk of off-target effects compared to traditional gene
therapies. Korro Bio is a pioneering company in leveraging ADAR (Adenosine Deaminase
Acting on RNA) mediated RNA editing technology to develop a pipeline of therapeutics
targeting multiple rare diseases. Both hyperammonemia and Alpha-1 Antitrypsin
Deficiency (AATD) represent conditions with high unmet medical needs, where existing
treatment options are either limited in efficacy or impose significant burdens on patients.

Key Findings

Korro Bio, Inc. recently announced its financial results for Q2 2026 and provided key
corporate updates, revealing plans to initiate the first-in-human (FIH) clinical trial for
KRRO-121, a potential first-in-class treatment for hyperammonemia, in late 2026.
Additionally, the company designated KRRO-111 as a therapeutic candidate for Alpha-1
Antitrypsin Deficiency (AATD), emphasizing its 'best-in-class' potential as a
subcutaneously administrable GalNAc-conjugated oligonucleotide.

Technology and Clinical Details

Korro Bio's proprietary platform utilizes ADAR-mediated RNA editing enzymes to
specifically modify disease-causing RNA sequences, thereby producing therapeutic
effects. This unique approach allows for the correction of gene expression without
making permanent changes to the genome. KRRO-121 is designed to address
hyperammonemia, a severe metabolic disorder resulting from liver dysfunction or urea
cycle defects, which can lead to profound brain dysfunction and be fatal. KRRO-121 aims
to normalize blood ammonia levels by precisely regulating the activity of ammonia-
metabolizing enzymes at the RNA level. The upcoming FIH trial will be a critical step in
evaluating the safety and preliminary efficacy of this novel modality.



Concurrently, KRRO-111 targets Alpha-1 Antitrypsin Deficiency (AATD), a genetic
disorder characterized by a deficiency of the protease inhibitor alpha-1 antitrypsin (AAT)
protein, leading to severe damage in the lungs and liver. KRRO-111 is engineered to
restore the production of functional AAT protein through specific RNA editing. A key
design feature of KRRO-111 is its formulation as a GalNAc (N-acetylgalactosamine)-
conjugated oligonucleotide, enabling specific delivery to the liver and convenient
subcutaneous administration. This targeted delivery and simplified administration
method could significantly enhance patient convenience compared to current AATD
treatments that often require multiple weekly intravenous infusions, positioning KRRO-
111 as a potentially 'best-in-class' therapy.

Future Outlook

The initiation of the KRRO-121 FIH clinical trial and the designation of KRRO-111 as a
candidate drug underscore Korro Bio's steady progress in translating its RNA editing
technology into clinical applications. The success of these programs would not only
validate the value of the company's platform technology but also provide momentum for
further pipeline development. The strategic use of GalNAc for targeted delivery is
particularly significant, as it enhances the safety and efficacy profile of RNA therapeutics
and holds promise for applications in other disease areas. Favorable clinical trial results
could offer new hope to patients suffering from hyperammonemia and AATD, marking a
pivotal step towards establishing RNA editing as a leading therapeutic modality.

Source: https://ir.korrobio.com/news-releases/news-release-details/korro-reports-second-quarter-2026-

financial-results-and-provides
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#68 Xcellon BiologicsがNextCureのGMP施設を買収し次
世代バイオコンジュゲートCRDMOへ：開発から臨床供給
までエンドツーエンドで支援

OVERVIEW

Xcellon Biologics has acquired a GMP manufacturing facility from NextCure,

transforming into an end-to-end Contract Research, Development, and

Manufacturing Organization (CRDMO) for next-generation bioconjugates and

complex biologics. This strategic integration of antibody development,
bioconjugation, analytical science, and GMP manufacturing within a single entity aims

to accelerate breakthrough therapies from discovery to clinical supply and strengthen

the U.S. bio-manufacturing ecosystem.
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Key Findings & Strategic Impact

Xcellon Biologics has acquired a GMP (Good Manufacturing Practice) manufacturing
facility from NextCure, transforming itself into an end-to-end CRDMO (Contract
Research, Development, and Manufacturing Organization) for next-generation
bioconjugates and complex biologics. This strategic acquisition integrates the entire
development and manufacturing process for complex biotherapeutics, including
antibody-drug conjugates (ADCs), enabling the provision of seamless services to clients.

Technical & Clinical Details

With this GMP facility acquisition, Xcellon Biologics has established a vertically integrated
service model capable of completing all processes from drug discovery to clinical supply
in-house. Specifically, the company will now provide the following key functions within a
single organization:

Antibody Development: Discovery, optimization, and production of therapeutic
antibodies.

Bioconjugation Development: Development and optimization of the conjugation
process between antibodies and payloads. This includes the design of linker chemistry
and conjugation sites for ADCs.

Analytical Science: Characterization, quality control, and regulatory compliance
assessment of complex biologics.

GMP Manufacturing: Production of high-quality biopharmaceuticals for clinical trials
and commercial supply.

This integrated approach significantly mitigates the challenges of complexity, time, and
cost associated with coordinating multiple vendors, particularly in the development of
complex bioconjugates like Antibody-Drug Conjugates (ADCs). Clients can now advance
more rapidly and efficiently from discovery to clinical stages, reducing overall
development risk.



Background & Industry Context

The biopharmaceutical market, especially in next-generation bioconjugates (e.g., ADCs)
and complex biologics (e.g., bispecific antibodies, cell and gene therapies), continues to
experience rapid growth. The development and manufacturing of these therapeutics
demand advanced expertise, specialized equipment, and stringent regulatory
compliance. Many biotechnology companies find it challenging to possess all these
capabilities in-house, leading to a strong trend towards outsourcing to CRDMOs.
However, fragmented service offerings have increased supply chain complexity and often
delayed development timelines. Xcellon Biologics' adoption of an end-to-end CRDMO
model is a strategic move to address these industry challenges, helping innovators bring
groundbreaking therapies to patients more quickly. This initiative is also expected to
contribute to strengthening the U.S. bio-manufacturing ecosystem.

Future Outlook

Xcellon Biologics' new CRDMO model is poised to play a pivotal role in accelerating the
development of next-generation bioconjugates and complex biologics. The ability to
manage all phases from drug discovery to manufacturing through a single partnership
represents a significant appeal for pharmaceutical companies. This integrated capability
will facilitate the market entry of innovative therapies, particularly in disease areas with
high unmet needs. Moving forward, attention will be on how Xcellon Biologics, under
this new structure, will support the development of groundbreaking therapeutics and
contribute to the biopharmaceutical industry.

Source: https://www.outsourcedpharma.com/doc/xcellon-biologics-acquires-gmp-manufacturing-facility-
from-nextcure-becoming-an-end-to-end-crdmo-for-next-generation-0001
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